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Effectiveness Research for Drugs and Medical Devices
and the Role of the Federal Government

By JENNIFER WONG

I. INTRODUCTION

O NE OF THE MAIN CRITICISMS of the health care
system in the United States is that it spends
too much while achieving too little. Reports consis-
tently indicate that the U.S. spends a greater percent-
age of its gross domestic product (GDP) on health
care and has higher health expenditures per capita
than any other industrialized country." However,
these high levels of spending have not necessarily
produced better health outcomes or improved access
to care. Evidence indicates that the U.S. achieves
health outcomes similar to those of other industrial-
ized countries that spend far less on health care.? Fur-
thermore, for certain outcome indicators, such as the
infant mortality rate, the U.S. performs particularly
poorly.?

One of the contributors to increases in health care
expenditures in the U.S. is new technology in the
form of new drugs and medical devices.* These gen-
erally are more costly than previously approved
technologies.5 However, under the current frame-
work of regulation, it is difficult to evaluate whether
these new technologies are actually superior to exist-
ing treatments.® Inability to make these comparisons
may lead to unjustified increases in health care ex-
penditures in a technological climate where a “few
products will be breakthroughs that improve health
outcomes; [and] most will offer little, if any, advan-
tages over existing treatments.””

In recent years, researchers, patient groups, gov-
ernment officials, professional associations, and
other stakeholders in the healthcare system have
focused on the concepts of health technology as-
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sessment (HTA) and comparative effectiveness re-
search (CER) as means of decreasing health care
expenditures in the United States. Health technol-
ogy assessment has been defined as “a form of pol-
icy research that examines the short- and long-term
consequences of the application of a health-care
technology.”® Comparative effectiveness research

!See WoORLD HEALTH ORGANIZATION, WORLD HEALTH
StaTistics 2013 131-9 (2013); OECD Health Data 2013:
How Does the United States Compare; available at www
.oecd.org/unitedstates/Briefing-Note-USA-2013.pdf (last
visited Apr. 5, 2014). According to the Organisation for
Economic Co-operation and Development (OECD), the
U.S. spent US$8,508 per capita on health in 2011, whereas
the next highest spending per capita in the OECD was in
Norway, which spent the equivalent of US$5,669. Id.

2See DAVID A. SQUIRES, THE COMMONWEALTH FUND, THE
U.S. HEALTH SYSTEM IN PERSPECTIVE: A COMPARISON OF
TWELVE INDUSTRIALIZED NATIONS 2 (2011); c.f. David
M. Cutler, Equality, Efficiency, and Market Fundamentals:
The Dynamics of International Medical-Care Reform, 40 J.
Econ. Lit. 881, 894 (2002).

3See, e.g., Starfield B. Is US health really the best in the
world? JAMA 2000;284:483; Murray CJL et al. Ranking
37" measuring the performance of the U.S. health care sys-
tem. N Engl J Med 2010;362:98 (noting that in 2006, the
United States was “number 1 in terms of health care spend-
ing per capita but ranked 39th for infant mortality”).
“Stafford RS, ef al. New, but not improved? Incorporating
comparative-effectiveness information into FDA labeling.
N Engl J Med 2009;361:1230.

°Id. at 1231.

°Id. at 1230.

’Id. at 1232.

8Sean D. Sullivan et al., Health Technology Assessment in
Health-Care Decisions in the United States, 12 VALUE
HEeALTH S39, S39 (2009); see also OFFICE OF TECHNOLOGY
ASSESSMENT, DEVELOPMENT OF MEDICAL TECHNOLOGY:
OPPORTUNITIES 4 (1976).
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is an activity closely related to HTA, which the
Institute of Medicine defined as:

the generation and synthesis of evidence that
compares the benefits and harms of alternative
methods to prevent, diagnose, treat, and mon-
itor a clinical condition or to improve the
delivery of care. The purpose of CER is to as-
sist customers, clinicians, purchasers, and
policy-makers to make informed decisions
that will improve health care at both the indi-
vidual and population levels.”

Health technology assessment and CER have
been portrayed as potential avenues by which to ob-
tain information to make informed, evidence-based
decisions with the aim of improving health out-
comes and containing healthcare costs.'” The use
of such information seems particularly beneficial
given that currently, “less than half of medical
care in the United States is based on or supported
by evidence about its effectiveness, resulting in
care that is inappropriate and unnecessary.”"'" In re-
cent years, many stakeholders in the health care sys-
tem have called on the federal government to
establish a sustainable national program of HTA
or CER.'? These efforts culminated in the establish-
ment of the Patient-Centered Outcomes Research
Institute (PCORI) in 2010. Its purpose is to fund
and oversee CER at the national level."?

Although there has been an increased drive for
federal support of HTA and CER in the past several
years, HTA, in fact, has a long (though fragmented)
history of federal funding in the U.S. dating back to
the 1970s.'* Federal agencies that have played a
major role in HTA in the past include the Office
of Technology Assessment, the National Institutes
of Health, and the Agency for Health Care Policy
and Research.' The Food and Drug Administration
(FDA), in contrast, has traditionally played a more
limited role in HTA and CER activities.'® Some
commentators, noting that the FDA is the primary
federal regulator of drugs and medical devices,
have called on the agency to pla;/ a more active
role in promoting HTA and CER.'

This paper explores the history of HTA and CER
in the U.S. with a particular emphasis on the role of
federal agencies within the executive and legislative
branches. Part II gives a brief history and overview
of the concepts of HTA and CER. Part III examines
the roles that various federal agencies and initiatives
have played in generating HTA or CER and apply-
ing their results to health care decisions. To illus-
trate the historical development of HTA and CER,
agencies are discussed chronologically, with refer-

ence to their involvement with HTA or CER activi-
ties. Part IV discusses past challenges that the
federal HTA and CER funding faced, as well as
the implications of such challenges for current fed-
eral CER efforts. Part V highlights potential HTA or
CER strategies that the federal government could
pursue in the future. Particular focus is given to
the potential role of using HTA or CER in the regu-
lation of therapeutic drugs and medical devices.

II. DEVELOPMENT OF THE
TERMINOLOGY

The terms “HTA” and “CER” are often used to de-
scribe activities that generate or use evidence to make
healthcare decisions. Although HTA and CER are
closely related conceptually, the terms describe argu-
ably distinct, although often overlapping, activities.'®
The inconsistent and imprecise use of these terms has
sometimes led to confusion among stakeholders."
What follows, then, is an overview of the origin and
development of the terms “HTA” and “CER,” as
well as an attempt to understand more precisely the
similarities and differences between them.

9COMMITTEE ON COMPARATIVE EFFECTIVENESS RESEARCH
PRIORITIZATION, INSTITUTE OF MEDICINE, INITIAL NATIONAL
PRIORITIES FOR COMPARATIVE EFFECTIVENESS RESEARCH 41
(2009).

105ee, e.g., Lucien Waulsin, Jr. and Adam Dougherty,
CALIFORNIA RESEARCH BUREAU, A BRIEFING ON HEALTH
TECHNOLOGY ASSESSMENT 1 (2008).

"Corinna Sorenson et al., The Politics of Comparative
Effectiveness Research: Lessons from Recent History, 391J.
HEeALTH PoL. PoL’y & L 140, 141 (2013); see also Eliza-
beth A. McGlynn and Robert H. Brook, Keeping Quality
on the Policy Agenda, 20 HEALTH AFFAIRS 82, 83 (2002).
leee, e.g., COMMITTEE ON COMPARATIVE EFFECTIVENESS
RESEARCH PRIORITIZATION, supra n. 9, at 142.

13Sorenson et al., supra n. 11, at 140.

“Sullivan et al., supra n. 8, at S39.

David Banta, The Development of Health Technology
Assessment, 63 HEALTH PoL’y 121, 125 (2003).

15Sullivan et al., supra n. 8, at S41.

see, e.g., Stafford et al., supra n. 4, at 1230; Efthimios Par-
asidis, Patients Over Politics: Addressing Legislative fail-
ure in the Regulation of Medical Products, 2011 Wisc
Law Rev 2011.

8Sorenson et al., supra n. 11, at 143-144.

See Bryan R. Luce et al., EBM, HTA, and CER: Clearing
the Confusion, 88 MILBANK Q. 256, 257 (2010); see also
Erwin R. Blackstone et al., Will Comparative Effectiveness
Research Finally Succeed, BIOTECHNOLOGY HEALTHCARE,
Fall 2012, at 22 (suggesting that HTA, outcomes research,
EBM, and CER describe the same activity, with use varying
over different time periods).
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Health technology assessment was the first of
these terms to be developed. Use of the more general
term “technology assessment” (TA) began in the
mid-1960s.%° At that time, when technology was be-
ginning to play an 1ncreasmgly important role in so-
ciety, there was a growing recognition that new
technologies could have undesirable consequences.”
Furthermore, stakeholders appreciated that decision-
makers did not have adequate means to evaluate the
broad social effects of new technologies, which
could result in the overutilization of some technolo-
gies and the underutilization of others.”? The term
“TA” was coined by Representative Emilio Q. Dad-
dario, then Chairman of the Subcommittee on Sci-
ence, Research, and Development of the Committee
on Science and Astronautics of the U.S. House of
Representatives, to describe the “sociotechnical re-
search that discloses the benefits and risks to society
emanating from alternative courses in the develog
ment of scientific and technological opportunities.

Around the same time, there was an increasing
push for healthcare to be based on scientific evidence.
In the early 1970s, two prominent members of the
healthcare community, Archie Cochrane and Jack
Wennberg, published influential articles identifying
the problems of unjustified variations in healthcare
and the lack of evidence Venfylng the effectiveness
of many standard medical practices.* This type of re-
search led to the emergence of the evidence-based
medicine (EBM) movement, which seeks to ground
medical practice in scientific evidence, with the §oal
of improving individual patient health outcomes.”

It was against this backdrop that the notion of
using empirical evidence to formulate health policy
first took root. Healthcare technologies were the sub-
jectof early TAs, and the term “HTA” came to be used
to describe TAs that were speciﬁcally focused on
healthcare technologies ranging from drugs and de-
vices to procedures and systems of organization.?
The term “HTA” soon spread to other industrialized
countries, many of which established offices or agen-
cies dedicated to HTA that continue to play a major
role in domestic healthcare policy-making.?” In the
U.S., however, many HTA efforts have been discon-
tinued, and the concept does not appear to have ever
been effectlvely established within the national gov-
ernment.?® At present, the term appears to have fallen
into disfavor in the U.S., as it has been replaced with
other terms such as “CER,” “outcomes research,”
and “effectiveness research.”’

Comparative effectiveness research is a newer term
that has been the subject of much attention in recent
years as a result of care reform efforts The term
was coined around the early 1990s.*° Many of the
early CER efforts were private endeavors undertaken

by entities such as insurance providers.®' Since then,
CER has come into focus out of a desire to contain
the ever-increasing costs of medical care and
redoubled efforts to improve medical decision-mak-
ing.** Recently, several attempts have been made to
persuade the federal government to establish a national
center for CER resulting in the establishment of
PCORI in 2010.”

*Clifford S. Goodman, THE LEWIN Group, HTA 101: INTRO-
DUCTION TO HEALTH TECHNOLOGY ASSESSMENT 10 (2004);
available at www.nlm.nih.gov/nichsr/htal01/htal01.pdf
21See Harvey Brooks and Raymond Bowers, The Assess-
ment of Technology, Sc1. Am., Feb. 1970, at 13, 13; Emilio
Q. Daddario, Technology Assessment—A Legislative View,
36 GEo. WasH. L. Rev. 1044, 1046-1047 (1967-1968).
2Id. at 14.

23COMMITTEE ON PUBLIC ENGINEERING PoLicy, NATIONAL
ACADEMY OF ENGINEERING, A STUDY OF TECHNOLOGY
ASSESSMENT 2 (1969); see Norman J. Vig and Herbert
Paschen, PARLIAMENTS & TEcHNOLOGY: THE DEVELOP-
MENT OF TECHNOLOGY ASSESSMENT IN EUROPE 3 (2000);
Goodman, supra n. 20 at 10.

24Berger ML, Grainger D. Comparative effectiveness research:
the view from a pharmaceutical company. Pharmacoeconomics
2010;28:915-916; see Cochrane AL. Effectiveness & efficien-
cy: random reflections on health services. Nuffield Provincial
Hospitals Trust, 1972, p 86; Wennberg J, Gittelsohn A. Small
variations in health care delivery. Science 1973;182:1102, 1107.
25See Banta, supra n. 15, at 124; Berger and Granger, supra
n. 24 at 916.

26See Goodman, supra n. 20, at 11; Luce et al., supran. 19 at
258.

27 See Banta, supra n.15, at 124 (noting that during the 1990s,
almost all member states of the European Union had national
and regional HTA agencies or programs); Luce et al., supra
n. 19 at 258; Sullivan et al., supra n. 8 at S39 (indicating that
Australia [Pharmaceutical Benefits Advisory Committee], Can-
ada [Canadian Agency for Drugs ad Technologies in Health],
Sweden [Swedish Council on Technology Assessment in Health
Care], and the United Kingdom [National Institute for Health
and Clinical Excellence] all have national HTA programs).
285ee Banta, supran. 15, at 124; Sullivan et al., supra n. 8 at
S39.

*Luce et al., supra n. 19, at 258.

30 American Society of Clinical Oncology. Comparative ef-
fectiveness: its origin, evolution, and influence on health
care. J Oncol Pract 2009;5:80.

3"Marko NF, Weil RJ. An introduction to comparative effec-
tiveness research. Neurosurgery 2012;70:425, 427.

214, at 426.

33Kalipso Chalkidou, et al., Comparative Effectiveness
Research and Evidence-Based Health Policy: Experience
from Four Countries, 87 MILBANK Q. 339, 342 (2009)(not-
ing that legislation to “establish an entity that would deliver
CER information to decision makers” was introduced sev-
eral times in 2007 and 2008 before President Obama signed
the American Recovery and Reinvestment Act, which pro-
vided funds for CER, in 2009).
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Although HTA and CER address similar ques-
tions, they are nevertheless thought to be distinct
terms.>* The framework offered by Luce et al. elu-
cidates the primary differences between them.*
Under that framework, HTA is a method of evidence
synthesis that is concerned with evaluating the over-
all worth of a given intervention.*® Health technol-
ogy assessment considers evidence concerning
cost-effectiveness, safety, and clinical effectiveness
and can also include the social, ethical, and legal as-
pect of using health technologies.?” Comparative ef-
fectiveness research, by contrast, includes evidence
generation as well as evidence synthesis, and fo-
cuses on comparing two or more medical interven-
tions in routine practice settings.>® The outputs can
be valuable in developing clinical guidelines, EBM,
and HTA.* Thus, a significant difference between
the two terms is that HTA generally includes eco-
nomic cost-effectiveness inputs, while CER gener-
ally does not.*

In the following discussion of HTA and CER ef-
forts by federal agencies, this paper will reference
the terms that were used at the time a particular ini-
tiative was implemented.

III. HTA AND CER AND ROLE
OF FEDERAL AGENCIES

A. The Food and Drug Administration

Although the FDA is the primary federal regu-
lator of drugs and medical devices, it plays a min-
imal role in funding and regulating formal HTA or
CER activities.*! The Food, Drug, and Cosmetic
Act (FDCA) of 1938 established the foundations
of the FDA’s current approach to the regulation
of drugs and medical devices.** The FDCA ini-
tially required pre-market safety notification to
the FDA for all new drugs.** In addition to prohib-
iting deceptive or false labeling, the Act had affir-
mative labeling requirements for drugs and
devices.** The Act did not require pre-market
testing of medical devices. Congress has amended
the FDCA many times since its passage, with the
effect of expanding and strengthening the FDA’s
regulatory authority.*’

Under the current regulatory framework, manu-
facturers of drugs and medical devices must dem-
onstrate that the products are safe and effective
for their intended use in order to receive approval
for market entry.** The FDA does not require
drug or device developers to perform HTA or
CER as a precondition of gaining market approval
for their technologies. For approval of new drugs,

the FDA reviews pre-market studies of safety and
efficacy submitted by manufacturers in connection
with their applications for approval.*’ Within the
FDA, the Center for Drug Evaluation and Research
(CDER) is the specific division that evaluates new
drug applications.*® The focus of the FDA’s review
process for new drugs is on the results of Phase III
human trials, which are aimed at determining the
dose at which a drug is effective for its intended
use.* The “gold standard” for such trials is
the randomized, double-blind, placebo-controlled
trial.”® Thus, drugs are typically approved on the
basis of their statistical superiority over an inactive

34See, e.g., Berger and Grainger, supra n. 24 at 917; Prasun
Subedi et al., Something Old, Something New, Something
Borrowed...Comparative Effectiveness Research: A Policy
Perspective, 17 J. MANAGED CARE S5, S5 (2011).

358ee Luce et al., supra n. 19, at 267-71.

*See id. at 271.

¥Id. (noting that the precise inputs that go into an individual
E;TA depend on its purpose).

4.

49Sorenson et al., supra n. 11, at 144.

“IThe FDA does help to fund and support the Centers for
Education and Research on Therapeutics, which is discussed
in Part H of this Section. However, the program is adminis-
tered by the Agency for Health Care Quality and Research.
Judith M. Kramer et al., Centers for Education and
Research on Therapeutics (CERTs), 36 THERAPEUTIC INNO-
VATION & REG. Sci. 717, 717 (2002).

42See Federal Food, Drug, and Cosmetic Act of 1938, Pub.
L. No. 75-717, 52 Stat. 1040 (codified as amended at 21
USC §§301-399 (2000)).

“See id. at 1052-53.

*See id. at 1050-51.

4Sgee Peter B. Hutt, The State of Science at the Food and
Drug Administration, 60 AbMIN. L. REv. 431, 435 (2008)
(describing Congress’s expansion of the FDA’s statutory
mandate since the passage of the FDCA); Efthiomios Para-
sidis, supra n. 17 (discussing the evolution of the FDA'’s stat-
utory authority).

4621 USC §355 (b)(2011); see 21 USC §360c (2011); Hutt,
supra n. 45, at 435.

#TSullivan, supra n. 8, at S41.

*8See About the Center for Drug Evaluation and Research,
FDA; available at www.fda.gov/aboutfda/centersoffices/
officeofmedicalproductsandtobacco/cder/default.htm (last
visited Apr. 14, 2014).

497aMESs T. O’REILLY, FOOD AND DRUG ADMIN. §13:80 (3d.
ed. 2013).

*Jonathan J. Darrow, Pharmaceutical Efficacy: The Illu-
sory Legal Standard, 70 WasH. & LEe L. Rev. 2073,
2090 (2013).
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placebo or, in occasional cases, an established drug
for the same indication.”’ Generally speaking,
then, there usually is no requirement for a manu-
facturer to demonstrate that a new drug is superior
to existing treatments in order to be approved.” In
addition to the premarket requirements for new
drugs, the FDA requires post-market activities for
approved drugs.>® For most drugs, these require-
ments take the form of passive monitoring of ad-
verse drug events.’ Post-market activities
required by the FDA generally are not aimed at
gathering data for comparative purposes but in-
stead at identifying safety risks.

The majority of new medical devices are subject
to fewer pre-market requirements than new drugs.
Under the current framework of medical device reg-
ulation, the FDA divides new devices into one of
three regulatory classes (I, II, and III), each class
level reflecting the device’s expected risk.”> New
devices enter the market either through a showing
of “substantial equivalence” to a previously ap-
proved, legally marketed device (510(k) pathway)
or through a Premarket Approval Application
(PMA), which requires demonstration of the safet
and effectiveness of a device through clinical data.>®
Most new medical devices receive approval for mar-
ket entry via the 510(k) pathway, which generally
does not require the submission of safety or efficacy
data.”” Within the FDA, the Center for Devices and
Radiological Health (CDRH) has primary responsi-
bility for overseeing the pre-market approval pro-
cess for medical devices.’® This center also is
tasked with monitoring approved devices through
a post-market surveillance system.>® However, like
its approach to the post-market surveillance of
drugs, the FDA’s approach to the post-market sur-
veillance of medical devices is largely passive. For
example, device manufacturers, academics, and
clinical investors are much more likely to identify
safety problems and initiate potential device recall
than is the FDA itself.*

B. Office of Technology Assessment

In 1967, Representative Daddario introduced a
bill to establish a Technology Assessment Board
that would serve as a congressional information
agency to “provide a method for identifying, assess-
ing, publicizing, and dealing with the implications
and effects of applied research and technology.”®"
When Daddario introduced the bill, his purpose
was to stimulate discussion rather than to enact a
perfected piece of legislation.®? Previously, there
had been other efforts to establish an entity that
would advise Congress on scientific and technical

matters, but none of these efforts was framed in
the language of TA.®® Daddario’s bill and the earlier
efforts seem to have been introduced in response not
only to a recognition of the potential negative con-
sequences of newly emerging technologies, but
also to the Executive’s perceived superior access
to technical and scientific advice vis-d-vis that of
Congress.®* Members of Congress were concerned
that the Executive’s privileged position was interfer-
ing with their ability to evaluate and potentially

SiStafford et al., supra n. 4 at 1231. Commentators have crit-
icized the FDA for relying mainly on placebo-controlled
trials in the drug approval process. See, e.g., Stafford et al.,
supra n. 4. Some commentators have suggested that such tri-
als are generally unethical when there is an effective therapy
available for use in an active-comparator trial; hence, the oc-
casional use of another drug rather than a placebo, especially
when the condition being treated is likely to be fatal in the
absence of active treatment. See, e.g., Rothman KJ, Michels
KB. The continuing unethical use of placebo controls. N
Engl J Med 1994;331:394-5. Others have suggested that
allowing drug manufacturers to submit only results from pla-
cebo-controlled trials when an active-comparator trial would
have been possible favors creation of drugs that are only min-
imally different from existing therapies and dampens clinical
innovation. See Stafford et al., supra n. 4, at 1231.
52Sullivan, supra n. 8, at S41.

3See Continuation of long-term studies, records, and re-
ports on certain drugs for which new drug applications
have been approved, 21 CFR §310.303 (1999).

54See Parasidis, supra n.17, at 950-3 (giving a detailed
description of the FDA’s post-market requirements and
initiatives).

521 USC §360c (2011).

*Maisel WH. Medical device regulation: an introduction
for the practicing physician. Ann Intern Med 2004;140:
296-8. For detailed discussion of current medical device
regulation, see Jordan Bauman, The “‘Déja Vu Effect”:
Evaluation of United States Medical Device Regulation,
67 Foop & Druc L. J. 337 (2012).

>7Feldman MD er al. Who is responsible for evaluating the
safety and effectiveness of medical devices? The role of in-
dependent technology assessment. J Gen Intern Med 2007,
23(Suppl 1):57, 58.

38See About the Center for Devices and Radiological Health,
FDA; available at www.fda.gov/AboutFDA/CentersOffices/
OfficeofMedicalProductsandTobacco/CDRH/ (last visited
Apr. 14, 2014).

PSee id.

50See Feldman ef al., supra n. 57, at 58.

$!Daddario, supra n. 21, at 1045-7.

°2Id. at 1046.

See Gregory C. Kunkle, New Challenge of the Past Revis-
ited? The Office of Technology Assessment in Historical
Context, 17 TECH. Soc’y 175, 177 (1995).

4See Daddario, supra n. 21, at 1047; Kunkle, supra n. 63, at
177-8.
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push back on executive actions concerning techno-
logical matters.®

After Daddario’s introduction of the bill, the
Subcommittee on Science, Research, and Develop-
ment requested that the National Academy of Sci-
ences, the National Academy of Engineering, the
National Academy of Public Administration, and
the Science Policy Research Division of the Legis-
lative Reference Service of the Library of Con-
gress (now the Congressional Research Service
[CRS]) convened panels to evaluate how to ap-
proach TA.°® The reports of these panels, in con-
junction with other Congressional hearings
convened by the Subcommittee, subsequently led
to the introduction by Daddario and Representative
Charles A. Mosher of H.R. 17046. This bill, which
was passed in 1972, would later authorize the estab-
lishment of the Office of Technology Assessment
(OTA).®” The establishment of OTA was not without
opposition: various members of Congress objected to
the creation of such an entity on the grounds that it
would lead to too much interference by the govern-
ment with innovation, be duplicative of the work of
other agencies, waste money, and infringe on con-
gressional power.

While its authorizing legislation was passed in
1972, OTA did not become operational until
1974.%° It was overseen by a bipartisan Technology
Assessment Board (TAB) comprised of a director,
six Senators, and six Representatives.”’ Daddario
was appointed OTA’s first director.”' Within OTA re-
sided the Technology Assessment Advisory Council
(TAAC), an advisory body whose membership com-
prised primarily scientific and technological experts,
and whose purpose was to counsel the TAB on activ-
ities undertaken by the Office.’” In practice, the TAB
sharply limited the role of the TAAC.”

The OTA, generally at the request of Congres-
sional committees, compiled TAs and technology-
related policy reports relating to legislative policies
that were in development or under review.”* During
its existence from 1972 to 1975, OTA produced
more than 750 reports.”> The OTA staff compiled
these documents with the assistance of advisory pan-
els and input from industry, consumer, academic, pri-
vate sector, and public sector stakeholders.”® These
reports were extensively peer-reviewed.”” The re-
ports did not make recommendations; instead, they
presented the views of various stakeholders, de-
scribed a range of policy options for Congressional
consideration, and surveyed the costs and conse-
quences of each option.”® These reports considered
many factors including, inter alia, cost-effectiveness,
clinical trial results, ethical implications, legal impli-
cations, consensus methods, and systems analysis.79

At its peak, OTA produced upwards of 50 reports an-
nually, had a budget of around $20 million, and
employed a staff of about 200.5°

The OTA played a large role in defining the con-
cept of HTA, and its reports often focused on health
technology.®' In fact, OTA’s very first report was
health technology-related, focusing on bioequiva-
lence and the viability of generic drugs.®” The
OTA comprised nine programs, of which two re-
lated to health technology: the Health and the Bio-
logical Applications programs.®> The agency
defined medical technology broadly as “the set of
techniques, drugs, equipment, and procedures used
by health-care professionals in delivering medical
care to individuals and the systems within which
such care is delivered.”®* Over time, OTA produced

65Kunkle, supra n. 63, at 177-8.
56See Brooks and Bowers, supra n. 21, at 13; Goodman,
supra n. 20, at 10; Roger C. Herdman and James E. Jensen,
The OTA Story: The Agency Perspective, 54 TECHNOLOGI-
CAL FORECASTING & Soc. CHANGE 131, 133 (1997).
7See The Technology Assessment Act of 1972, Pub. L. No.
92-484, 86 Stat. 797; A Bill to Establish an Office of Tech-
nology Assessment for the Congress as an Aid in the Identifi-
cation and Consideration of Existing and Probable Impacts
of Technological: Hearing on H. R. 17046 Before the Sub-
comm. on Sci. Research, & Dev. of the Comm on Sci. &
Astronautics, 91st Cong. 3 (1970)(statement of Elmer B.
Staats, Comptroller Gen. of the United States); Kunkle,
supra n. 63 at 180.
®®Kunkle, supra n. 6,3 at 180-2.
Id. at 184.
"OThe Technology Assessment Act, 86 Stat. at 798.
"IKunkle, supra n. 63, at 186.
">Technology Assessment Act, 86 Stat. at 801-2.
7*Kunkle, supra n. 63, at 186-7.
"See Roger Herdman, The Living History of Technology
Assessment Organizations, ECRI INSTITUTE 15TH ANNUAL
CONFERENCE SESSIONS 8 (2007); available at https:/www
.ecri.org/comparativeeffectiveness/Pages/Comparative_
Effectiveness_Presentations.aspx; Sullivan, supra n. 8, at
S39.
"SHerdman and Jensen, supra n. 66, at 138-9; see OTA Publi-
cations, PRINCETON UN1V.; available at https:/www.princeton
.7%du/ ~ ota/ns20/pubs_f.html (last visited Apr. 15, 2014).

1d.
""Herdman and Jensen, supra note 66, at 138.
8Id. at 136.
See Goodman, supra n. 20, at 11.
80Herdman, supra n. 74, at 8; Sullivan, supra n. 8, at S39.
815 Banta, supra n. 15, at 123.
82Druc BIOEQUIVALENCE STUDY PANEL, OFFICE OF TECH.
ASSESSMENT, DRUG BIOEQUIVALENCE (1974).
83Herdman, supra n. 74, at 8.
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numerous reports dealing with various health tech-
nology matters, including cholesterol screening,®’
HIV vaccines,®® special care units for patients
with Alzheimer’s disease,®” screening and treat-
ments for osteoporosis,®® and genetic testing.®

An early example of an HTA by OTA was its
1978 report on computed tomography (CT) scan-
ning.”® In the report, OTA provided an overview
of CT scanning and its principles, as well as an as-
sessment of the safety and efficacy of the tech-
nology.”! The report also examined the distribution
of CT scanners and their patterns of use’” and
reviewed data on the expenses, charges, and profits
of CT scanning.”® The report then presented policy
alternatives for Congress to consider.’* In this sec-
tion, OTA identified problems concerning the use
of CT scanners and diagnostic medical technolo-
gies. The Office pointed out that many of the deci-
sions concerning medical technologies were not
based on evidence, but rather were informal ad
hoc judgments that could contribute to excessive
or inappropriate use.”” Furthermore, the report indi-
cated that existing incentives often encouraged the
inappropriate use of technology.”®

The report also provided various policy alterna-
tives to ensure the proper and economically judi-
cious use of technologies such as CT scanning.
The policy recommendations fell into three main
categories. First, OTA suggested that the federal
government could strengthen its information provi-
sion capabilities in the area of medical technolo-
gies.”” For example, OTA proposed creating of an
official government agency that would perform re-
search on the safety and efficacy of medical tech-
nologies and collect more extensive data than
required by the FDA for market approval.”® The
proposed agency would take into account the effects
of the populations being treated, the particular med-
ical problem, and the conditions of use and then dis-
seminate the results of its research to the medical
community.”® In addition, such an agency could
make formal judgments about the value of medical
technologies, although compliance by medical pro-
fessionals would be voluntary.'® Second, OTA sug-
gested stricter government regulation as a possible
means to moderate the use of technologies such as
CT scanning.'®" For example, the FDA (or another
federal agency) could be authorized to restrict the
use of medical technologies to the intended uses
specified on any FDA-approved labeling.'®* Third,
OTA suggested that reimbursement mechanisms
could be used to discourage inapprogriate use of
CT scanning and other technologies.'” For exam-
ple, a potential option would be to establish rates
of payment for Medicare and Medicaid based on ef-

ficient use of medical technology.'®* The report
identified many issues with the practice of medicine
and highlighted how medical devices frequently en-
tered widespread use without consensus under-
standing or complete information regarding the
benefits of the drugs and medical devices.'®

The CT scanning report, which critically depicted
the largely uninformed use of medical technology,
and as well as subsequent reports that made similar
observations, soon made OTA unpopular with both
the medical profession and drug and device manufac-
turers.'*®

850FFICE OF TECH. ASSESSMENT, COSTS AND EFFECTIVE-
NESS OF CHOLESTEROL SCREENING IN THE ELDERLY (1989).
860FFICE OF TECH. ASSESSMENT, ADVERSE REACTIONS TO
HIV VacciNgs: MEeDICAL ETHICAL AND LEGAL ISSUES
(1995).

870FFICE OF TECH. ASSESSMENT, SPECIAL CARE UNITS FOR
PEOPLE WITH ALZHEIMER’S AND OTHER DEMENTIAS: CON-
SUMER EDUCATION, RESEARCH, REGULATORY AND REIM-
BURSEMENT ISSUES (1992).

8 0OFFICE OF TECH. ASSESSMENT, EFFECTIVENESS AND COSTS
OF OSTEOPOROSIS SCREENING AND HORMONE REPLACEMENT
THERAPY, VOL. I: CosT-EFFECTIVENESS ANALYSIS (1995).
80FFICE OF TECH. ASSESSMENT, GENETIC TESTS AND
HEALTH INSURANCE: RESULTS OF A SURVEY (1992). For a
listing of OTA’s publications see Princeton University’s
website The OTA Legacy, which includes a complete collec-
tion of OTA publications along with additional materials
about the Office and its work. See The OTA Legacy, PRINCE-
TON UN1v.; available at https:/www.princeton.edu/ ~ ota/
(last visited Apr. 15, 2014).

“°OFFICE OF TECH. ASSESSMENT, PoLICY IMPLICATIONS OF
THE COMPUTED TOMOGRAPHY (CT) ScCANNER (1978).
With the profound advances in CT technology that have
taken place in recent years, the conclusions of this report
may presently be of little value. However, the report is a
good example of the analysis and factors considered by
OTA in making recommendations concerning emerging
health technologies.

9See id. at 15-43.

2See id. at 47-78.

%See id. at 81-101.

%See id. at 105-19.

%Id. at 106.

%Id. at 117.

Id. at 107.

%B1d. at 109.

PId.

19074, at 109-10.

4. at 111.

102

93714, at 117.

Y474 at 117-8.

'7d. at 6.

1065¢e John M. Eisenberg and Deborah Zarin, Health Tech-
nology Assessment in the United States, 18 INT'L J. OF
TECH. ASSESSMENT IN HEALTH CARE 192, 194 (2002).



228

Biotechnology Law Report ¢ Volume 33, Number 6

Political pressure from the health technology in-
dustry, as well as controversy over OTA’s inclusion
of cost and cost-effectiveness data, helped lead to
the Office’s closure in 1995.'%7 However, there
were other factors that contributed to its demise.
One factor was budgetary and domestic political
concerns. After the general election of 1994, new
Republican majorities in the House and Senate
were determined to enforce budgetary discipline
and reduce the size of the federal government.'®®
The 104th Congress demonstrated its commitment
to these goals by cutting its own budget.'”” Among
Congressional units, OTA seemed like an easy target
for defunding because it was more obscure than
other units, and its functions were elective.!'” The
General Accounting Office and the Government
Printing Office, for example, served much more nec-
essary functions than OTA.'"" And while the CRS
also served arguably elective functions, many more
members of Congress routinely used CRS than
OTA.'""? A second major factor contributing to
OTA'’s demise was its fundamental concept. As two
former OTA officials noted: “[t]o tolerate an internal
independent voice that might, even diplomatically,
contradict party policies or critique favored pro-
grams has always been asking a lot from the political
leadership of Congress.”''* Republicans may also
have viewed OTA as having been captured by the
Democrats, as it had served under a long and virtu-
ally uninterrupted period of Democratic control.''*
There also were concerns over the Office being du-
plicative of other public and private sector entities
undertaking similar work."'> As a result of these fac-
tors, OTA’s budget was eliminated and the agency
shuttered on September 30, 1995.''¢

C. National Institutes of Health Consensus
Development Program

By the mid-1970s, many stakeholders felt that the
National Institutes of Health (NIH), the agency within
the Department of Health, Education, and Welfare
(now the Department of Health and Human Service
[DHHS]) that serves as the federal government’s re-
search agency for biomedical and health-related re-
search, should play a more prominent role in HTA
activities.''” In 1975, Donald S. Fredrickson was
appointed the Director of NIH, and in his first policy
statement, he expressed the opinion that NIH had a re-
sponsibility to evaluate and assess both existing and
newly developed health care technologies.''® A year
later, in 1976, the President’s Biomedical Research
Panel, which was charged with reviewing and assess-
ing biomedical and behavioral research conducted by
NIH, released its report recommending that NIH play

a more prominent role in HTA.''® At the same time,

members of Congress, specifically Senators Edward
M. Kennedy and Jacob J. Javits, echoed the conclu-
sions of the Research Panel’s report and recommen-
ded that NIH be more proactive in leading HTA
activities."*® In 1976, OTA issued a report titled
Development of Medical Technology: Opportunities
for Assessment, which outlined several options
throu,cT’h which the federal government could support
HTA."?' Options included a proposal to establish
HTA programs within NIH.'*?

Director Fredrickson subsequently sought to es-
tablish a formal HTA program within NIH. In
May 1977, Fredrickson requested that DHHS estab-
lish the Office for Medical Application of Research
(OMAR).'* On October 13, 1978, OMAR was for-
mally established within the Office of the Director
of NIH.'** Its purpose was to facilitate the transla-
tion of the results of biomedical research into
knowledge that could be used to better inform the
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medical decision-making of practicinég physicians
and other health care professionals.'® Its specific
responsibilities were to: advise the NIH Director
on applications of medical research; coordinate cer-
tain HTA activities within NIH; promote effective
transfer of information generated by these activities
to the health care community; provide a link be-
tween the various HTA activities undertaken by
the constituent parts of NIH; and monitor the effec-
tiveness and progress of the assessment and transfer
activities of NIH.'?°

The principal activity overseen by OMAR was
known as the Consensus Development Program
(CDP)."?” These activities actually began in 1977, be-
fore OMAR was formally established.'”® The NIH
chose to approach HTA through “consensus develop-
ment,” which consisted of activities that brought to-
gether various stakeholders in order to seek general
agreement on the issues raised by a given medical
drug, device, or procedure.'® The main activity that
the CDP facilitated was the consensus development
conference, which consisted of large, directed meet-
ings that were open to the public and which solicited
the participation of all concerned parties.'*® The NIH
divided consensus development into two categories:
technical and interface.'®!

Technical consensus was used to describe the as-
sessment of the scientific and medical aspects of a
given health technology.'** According to NIH, tech-
nical consensus activities involved the assessment
of “the clinical significance of new findings;
whether validation for safety and efficacy has
been adequate, and if not what more needs to be
done; and what cost, ethical or other social impacts
need to be identified for caution when formal rec-
ommendations are made.”'*® Under such a frame-
work, technical consensus development could
involve identifying potential cost, ethical, and social
issues that a technology might raise but would take
into account only safety and efficacy considerations
when reaching conclusions.'**

Interface consensus development, by contrast,
involves taking into account not only the scien-
tific and medical issues, but also the economic,
social, legal, and ethical implications of a given
technology.'*> Both OMAR and the CDP were
conceived as involving only technical consensus
development.'*® Interface consensus develop-
ment activities were to be addressed by another
agency within DHHS, the National Center for
Health Care Technology, which is discussed in
Part D of this Section.

The OMAR did not actually perform HTA ac-
tivities; rather, its function within the CDP was
advisory."?” Its role was to provide logistical sup-

port and relevant information (that it had gained
from previous consensus development confer-
ences) to NIH’s constituent institutes and cen-
ters.'”® Conducting the actual consensus
development activities would be performed by
NIH’s various subunits.'

In the initial phase of the consensus development
process, an institute or center within NIH would
identify a topic that would ultimately become the
focus of a consensus development conference.'*
The primary considerations for topic selection in-
cluded: the importance of the technology to public
health; the presence or absence of controversial or
unresolved issues; and the availability of data that
would be useful in the consensus development
process.'*! Other considerations included: the exis-
tence of a perception of inappropriate or widespread
use prior to sufficient testing; wide variations in
clinical practice; the absence of a safe and effective
alternative measure; and political concerns.'*
Although it was envisioned that the CDP would
focus on emerging technologies, consensus activi-
ties soon centered on technologies already used in
medical practice.'*® The reasons for this shift in-
cluded the realization that many older technologies
had not been fully assessed for safety and efficacy,
as well as the recognition that inadequate data
existed to perform HTAs for many emerging tech-
nologies.' 4 During the lifetime of the CDP, more
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than 160 consensus conference statements were
produced.'* Topics were wide-ranging, covering
issues as diverse as breast cancer screening,'*® hy-
droxyurea treatment for sickle-cell anemia,'’ in-
haled nitric oxide therapy for premature infants,'*®
surgical treatment of morbid obesity,'** use of mi-
croprocessor-based “intelligent” machines in pa-
tient care,150 and clinical use of botulinum toxin.'>!

After the selection of a topic, the relevant NIH in-
stitute or center would prepare for the consensus con-
ference. This process consisted of meeting with
OMAR staff in planning meetings and consulting
with experts, not only to identify and outline the key
issues raised by a topic, but also to brainstorm poten-
tial approaches to be used to reach consensus.'”? The
NIH program staff, with input from OMAR, would
draft consensus questions that were to be addressed.'>
These questions would control the types of input
going into the assessment.'>* Although NIH’s ap-
proach to HTA was intended to focus on the scientific
and medical aspects of a given technology, research
indicates that consensus questions sometimes raised
economic, legal, or ethical issues.'® Furthermore,
data indicate that such issues, particularly those related
to cost, were often raised during conference discus-
sion.'>® As part of conference preparation, NIH staff
would prepare background reports, often commission-
ing outside experts to compile summaries on the sci-
entific issues involved."”’

Another major pre-conference activity was the se-
lection of participants, namely the speakers, panel,
and panel chair. Conference speakers were scientific
experts who would present research ﬁndin%s that
would help to address consensus questions.”>® The
conference panel was the body chosen to assess the
evidence presented and to compile recommendations
that would go into the “consensus statement,” a writ-
ten report to be disseminated after the conclusion of
the conference.'> Panels were generally composed
of people with a wide variety of health technology
backgrounds. They included not only medical ex-
perts, but also consumers, lawyers, economists, and
other informed laypeople.'® The NIH staff gener-
ally tried to choose “neutral” panelists who did not
have a publicly stated position on the topic under
discussion.'® However, for some conferences,
staff would select an ‘“adversarial” panel that
would try to balance opposing viewpoints.'®* The
role of the panel chair was to lead the panel in
coming to agreement.'®® Although there appears
to have been some general guidelines for the selec-
tion of conference participants, actual participant
selection procedures appear to have been opaque,
non-systematic, and largely based on personal or
professional relationships.'®*

Consensus development conferences were the cor-
nerstone of the CDP’s HTA activities. These confer-
ences were usually two-and-a-half day events held
at NIH headquarters in Bethesda, Maryland.'®> Con-
ferences were free and open to the public, and confer-
ence announcements were widely circulated.'®® In
the first two days of a conference, speakers made pre-
sentations regarding the state of the science relevant to
the consensus questions.'®” These presentations were
followed by comments from the panel and qluestions
and answers from conference attendees.'® The
conference panel subsequently met in an attempt to
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reach general agreement on resolution of the consen-
sus questions, after which, it prepared a draft consen-
sus statement.'® On the last day of the conference, the
panel chair presented the draft consensus statement to
the conference audience for comment.'””

The post-conference period involved preparing
and disseminating a final consensus statement.
With the assistance of OMAR, panelists made revi-
sions to the consensus statement.'”! Post-conference
changes to consensus statements were generally cos-
metic rather than substantive.'”> Once the final con-
sensus statement was complete, it was disseminated
along with supporting materials to members of the
health care and biomedical research communities
through means such as mailings, NIH channels, and
publication in medical and other journals.'”* Consen-
sus conferences were often the subject of media
coverage.' ™

The CDP’s goal was to have a substantial impact
on the practice of medicine; however, despite its sta-
tus as one of the most visible HTA activities estab-
lished by the federal government, the CDP’s
activities do not appear to have have had a signifi-
cant influence on the delivery of health care.'” Evi-
dence suggests that, in general, recommendations in
consensus statements did not result in meaningful
changes in physician practices—even when physi-
cians were aware that the conferences had occurred
and viewed the product as scientifically credible.'”®
For example, in a study published 10 years after the
CDP was established, researchers found that for six of
the eleven recommendations studied, physician com-
pliance remained below 50% post-conference.'”” Fur-
thermore, the study found that although compliance
with practices promoted in conference recom-
mendations increased during the 2 years immediately
preceding the conference, compliance actually decel-
erated post-conference.'”® Such results suggest that
the conferences did not substantially affect physician
practice.'” Studies by OMAR and other organiza-
tions confirm that the CDP’s impact on the behavior
of health care professionals was limited.'®* Nonethe-
less, there were a few individual conferences that
did appear to effect major changes in patient care.'®!

Perhaps the most apparent impact that the CDP
had was seen in other countries. After the CDP was
developed, several other countries initiated HTA
activities based on NIH’s consensus development
model, including Canada, Sweden, Switzerland,
France, the United Kingdom, Denmark, the Nether-
lands, Israel, Finland, and Norway.'®*> In at least
one instance, the recommendations of an NIH CDP
conference were adopted by a foreign government,
which led to major changes in reimbursement policy
and, consequently, physician practices.'®?

The lack of impact that the CDP had on health
care delivery in the U.S. is likely attributable to
the conference process and the nature of the Pro-
gram. Although the CDP’s aim was to have an im-
pact on health care professionals, conferences
were designed and attended mainly by members
of the academic community rather than practition-
ers.'® Communication difficulties between the
two groups likely contributed to the limited effects
of the CDP’s recommendations.'® Furthermore,
the Program was intentionally designed not to be
(and not to be perceived as being) regulatory.'®®
This careful design was likely in response to oppo-
sition from politically powerful groups within the
health care profession, such as the American Medi-
cal Association (AMA).187 As a result, imple-
mentation of the recommendations of consensus
statements relied entirely on voluntary adoption by
physicians and other health care professionals. In
addition, OMAR and the CDP did not have any for-
mal relationship with Medicare and generally tried
to avoid any involvement, real or perceived, with re-
imbursement policy.'®® Although this approach ap-
pears to have insulated the CDP from political
backlash,'® it probably also contributed to its atten-
uated impact on health care practices.
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By the late 1990s, OMAR and the CDP were sig-
nificantly less active, releasing only around three or
four consensus statements per year.'”’ In 2012,
OMAR ceased to be an independent office within
NIH. Its resources, staff, and activities were merged
with the Office of Disease Prevention.'”! The CDP
was formally dissolved in 2013.'

D. National Center for Health Care Technology

The National Center for Health Care Technology
(NCHCT) was a short-lived initiative dedicated
solely to broad HTA activities. Like the CDP, the
Center was housed within DHHS, and the creation
of the Center was stimulated in part by OTA’s
work on HTA. In November 1978, Congress passed
Public Law 95-623 creating NCHCT.'” The Center
was authorized for 3 years, with a budget of $73
million over those years.'”* The Center’s mission
was to undertake and support assessment of health
care technology, taking into account “the safety, ef-
fectiveness, and cost effectiveness of, and the social,
ethical, and economic impact of health care technol-
ogies.”'”> The NCHCT was to perform the “inter-
face consensus” work that NIH had identified but
did not pursue.'”® Under the Center’s mandate,
health care technologies were given a broad defini-
tion that encompassed “any discrete and identifi-
able regimen or modality used to diagnose and
treat illness, prevent disease, maintain patient
well-being or facilitate the provision of health care
services.”'”’The Center was also tasked with estab-
lishing assessment priorities and making recom-
mendations to the Secretary of DHHS regarding
laws under his or her jurisdiction, including advice
with respect to reimbursement.'”® Furthermore,
NCHCT was required to compile an annual list of
emerging health care technologies.'®

Public Law 95-623 also established the National
Council of Health Care Technology, which would
serve as an advisory body to NCHCT.?*’ The Coun-
cil was to be comprised of 18 members appointed
by the Secretary of HHS as well as ex officio mem-
bers representing almost all of the federal agencies
with a stake in health care.°! Of the 18 appointed
members, six were to be distinguished persons in
the fields of medicine, engineering, or science, in-
cluding two members who would represent the
health care technology industry. The remaining 12
appointed members were to consist of two physi-
cians, two hospital administrators, two economists,
two lawyers, one ethicist, and three individuals
from the general public.?’? In addition to advising
NCHCT and the Secretary of DHHS, another pur-
pose of the Council was to develop “exemplary

standards, norms, and criteria concerning the use
of particular health care technologies” and publish
these developed standards, norms and criteria
through the National Library of Medicine.”>"?

The NCHCT also ran an extramural grant pro-
gram. This program supported research related to
assessments of specific technologies, as well as re-
search into methods for performing HTA, methods
of disseminating HTA information, and factors af-
fecting the use of health technologies.?** To prevent
NCHCT-funded activities from duplicating work
done by NIH, the Center was not authorized to
fund traditional clinical trials; however, funding of
comparative clinical studies was allowed.?*’

Like OMAR and the CDP, NCHCT was not
intended to be a regulatory agency for health
care technologies. Rather, its statutorily authorized
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activities were aimed at knowledge development and
processing.?® However, the Center was perceived by
some as having a regulatory or quasi-regulatory role
because of its authority to advise the Secretary of
DHHS on reimbursement policy.’’ Through this au-
thority, NCHCT influenced coverage decisions for
publicly funded health programs.””® Even though
the Center’s recommendations were advisory, they
could influence the potential marketability of new
health technologies and potentially limit the range
of options available to health care professionals in
treating a significant group of patients.>”” Such an in-
fluential role contributed to the Center’s demise.

The NCHCT engaged itself primarily in two
types of assessment activities. The first of these in-
volved broad HTAs of high-priority technolo-
gies.”! Using the advice of the National Council
of Health Care Technology, NCHCT identified
technologies that were regarded as requiring special
attention because they were widely used, produced
large expenditures, or raised Particular safety, effi-
cacy, ethical, or legal issues.?'' The Council identi-
fied numerous technologies for high-priority
assessment, including coronary bypass grafting
(CABG), dental radiology, caesarean section, treat-
ment of end-stage renal disease, and hip and knee
replacement.?'? Once selected for a broad HTA,
NCHCT would commission an overview paper re-
garding the technology.”'® Concurrently, the Center
would work with DHHS to create a list of key issues
raised by the technology and name a committee to
plan the assessment.”'* These broad HTAs would
usually result in a technology assessment forum,
which was an open meeting where the issues regard-
ing the technology would be discussed with various
stakeholders with the goal of reaching a consen-
sus.”"” Prior to the Center’s closure in 1981, it spon-
sored or co-sponsored broad HTAs on CABG,
dental radiology, and cesarean sections, disseminat-
ing its findings in various publications.?'® In these
assessments, NCHCT also highlighted areas requir-
ing further research or analysis.’’” These high-
lighted areas often became subjects for NCHCT’s
extramural grant program.*'®

The second major HTA activity that NCHCT per-
formed was assessments for the Health Care Financ-
ing Administration (HCFA), the agency within
DHHS responsible for, inter alia, administering
Medicare and the predecessor to the Centers for
Medicare and Medicaid Services (CMS).2" For
this second type of report, HCFA would request an
assessment of a health care technology for use in
making a Medicare reimbursement decision, and
NCHCT would perform the HTA, focusing on
safety and effectiveness.”?® In these assessments,

NCHCT did not look at the cost or cost-effectiveness
of the technology under review. These factors were
not considered because the Medicare statute requires
taking into account only whether a given technology
is “reasonable and necessarP/,” which therefore pre-
cludes cost considerations.”*" After the receipt of a re-
quest for an assessment by HCFA, NCHCT would
publish announcements in the Federal Register and
other publications soliciting opinions and evidence
concerning the technology at issue.””* The Center
would also directly contact professional societies
such as the AMA, members of industry, and other fed-
eral agencies to gather relevant information.”* If is-
sues were particularly complicated, NCHCT might
also convene panels or conferences addressing the
technology in question.””* The NCHCT would
then use the responses received, along with insight
gathered from reviewing the relevant literature, to
synthesize a single report for the HFCA recom-
mending coverage or non-coverage.”>> During the
Center’s 3 years of existence, it produced evalua-
tions for 75 health care technologies.””® The
HCFA adopted NCHCT’s recommendations in all
of these evaluations with only minor administrative
changes.?’ Forty percent of the Center’s evalua-
tions for the HCFA were for non-coverage.”*® The
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NCHCT would recommend non-coverage where it
determined that a technology was obsolete, experi-
mental, unproved, or ineffective.?* In seven of
these recommendations for non-coverage, NCHCT
commissioned additional studies to evaluate the
cost impact of adopting its recommendations.**°
Studies by the schools of public health at the Uni-
versity of California at Los Angeles and Harvard
University indicated that savings to Medicare result-
ing in non-coverage for each of these technologies
ranged from $100 million to $10 billion annually.?'
In the final year of the Center’s operation, the results
of NCHCT’s assessments were not only conveyed to
HCFA, but also sent to various organizations for dis-
tribution to private health insurers.**>

Although the Center served arguably important
functions, it was ultimately a limited and short-
lived operation. Even though NCHCT’s authorized
budget was for $73 million over 3 years, Congress
approzgriated only $7.8 million for it during that
time.”** Furthermore, the Center’s congressional al-
location of staff never exceeded 20.*** The
NCHCT’s authorization expired at the end of the
fiscal year 1981.%3 Despite opposition from the
Reagan administration, Congress did reauthorize
the Center for another 3 years, but at a significantly
reduced budget of $12 million for that time.>*°
However, the administration’s position ultimately
prevailed, as no money was allocated to NCHCT
during the appropriations process for the 1982 fiscal
year. The Center closed in December 1981.%”

The NCHCT’s demise can be attributed to nu-
merous factors, including budgetary concerns, insti-
tutional friction, and opposition from industry and
professional groups.*® Under the Reagan adminis-
tration, there was extreme pressure to slash federal
government spending and to lower the budget defi-
cit, both of which contributed substantially to
NCHCT’s defunding.”*® However, budgetary pres-
sures on NCHCT were felt even before the Reagan
administration took office in 1981.2*° Under the
Carter administration, the Office of Management
and Budget had repeatedly reduced requests from
DHHS to fund the Center, and Congressional appro-
priations committees cut these requests further.”*'
Furthermore, the Center never had strong backing
from leaders within DHHS.*** This lack of vigorous
support was especially problematic given DHHS’
limited budgetary resources, which resulted in agen-
cies housed within the Department competing
for funds and personnel.”**> Three other DHHS
agencies—NIH, HCFA, and the National Center
for Health Services Research (NCHSR)—regarded
NCHCT as encroaching on their spheres of in-
fluence.”** These agencies tended to be more

established and could better fend off budgetary reduc-
tions, sometimes at the expense of the Center.**> Fur-
thermore, NIH and OMAR were openly hostile to
NCHCT.*** The OMAR officials felt that the Center
added little to what could be achieved through the
CDP, which may have reflected NIH’s skepticism to-
ward inclusion of social and economic issues in
HTA.>*" This hostility manifested itself in statements
made during departmental deliberations and private
communications with legislative staff, who articu-
lated the view that NCHCT was “an unnecessary bu-
reaucratic appendage.”**® This idea that NCHCT was
superfluous and could be spared in a time of budget-
ary crisis would be repeated by Congressmen op-
posed to the reauthorization of the Center.**

One of the most significant contributing factors
to NCHCT’s downfall was opposition by power-
ful interest groups. In particular, the AMA and
the Health Industry Manufacturers’ Association
(HIMA), the trade association representing medical
device manufacturers, were staunchly opposed to
the Center.”° Both of these groups voiced their op-
position to the reauthorization of the Center in the
Congressional hearings on the reauthorization of
the NCHCT.**' The AMA expressed concerns re-
garding the comparative institutional competence
of the Center.?>? In its statements, the AMA took
the position that judgments about risks, costs, and
benefits were better left to the medical profes-
sion.”>® The AMA’s opposition appears to have
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been motivated by concern that NCHCT would in-
terfere with the practice of medicine. In particular,
it was concerned about the Center’s ability to de-
velop “exemplary standards, norms, and criteria”
concerning the use of particular health care technol-
ogies.”>* The HIMA’s position was similar to the
AMA’s, but HIMA also voiced concerns that the ef-
forts of the Center were duplicative of the work of
other federal agencies.?> In support of this position,
HIMA produced a list of 20 federal agencies that it
maintained had statutory authority that permitted
them to perform all of the Center’s functions.?>®
However, as Seymour Perry, Director of the
NCHCT, later highlighted, “none of the organiza-
tions cited by [HIMA had] the mandate to fulfill
the responsibilities that had been assigned to the
Center” and none was “recognizable as having
meaningful assessment activities with respect to
health care technologies.”*’ The HIMA’s overall
concern was that NCHCT’s evaluations could stifle
innovation, damage emerging companies, and gen-
erally constrain the industry’s marketplace free-
dom.”® In particular, HIMA was concerned about
the Center’s authority to compile lists of emerging
technologies and the potential that the NCHCT
would prioritize these technologies for HTAs.?’
Both the AMA and HIMA were politically power-
ful organizations, and ultimately, their positions
prevailed.

E. Office of Health Technology Assessment

The Office of Health Technology Assessment
(OHTA) was established in 1981, largelgl to replace
NCHCT’s role in advising HCFA.**® Although
some regarded OHTA as NCHCT’s successor,
OHTA did not assume the broader HTA work that
NCHCT had conducted on high-priority technolo-
gies. Instead, OHTA’s work was focused on
performing smaller-scale HTAs that aided in deter-
mining Medicare reimbursement policy.?®’ The
agency was housed in NCHSR, the center within
DHHS that had been formed in 1968 to study the or-
ganization, financing, and outcomes of health ser-
vices.”®®> The OHTA was a small office with an
annual budget of around $1 million and a staff of ap-
proximately 6.2

The mandate of OHTA was to make recommen-
dations to HCFA regarding whether specific health
technologies should be reimbursable under feder-
ally financed health programs.”®* The OHTA was
to consider the safety, efficacy, and effectiveness
of technologies, as well as their cost-effectiveness
and appropriate uses.’®> In evaluating a specific
technology, OHTA was also required to consult

with NIH, the FDA, and other federal agencies
where appropriate.’°® Other federal agencies with
which OHTA would consult included the Centers
for Disease Control and the Alcohol, Drug Abuse,
and Mental Health Administration.”®” If the tech-
nology in question had already been assessed in
an NIH consensus conference, OHTA generall6y
adopted the consensus statement’s findings.’®®
The OHTA did not have any role in setting HTA pri-
orities, which was a controversial feature of
NCHCT.?® The assessment activities generally
were dictated by HCFA requests.

The OHTA engaged in two types of HTA activi-
ties for HCFA: simple, informal inquiries and full
assessments.”’® For informal inquiries, HCFA
would ask OHTA questions about the regulator
and research standing of a particular technology.>”"
The OHTA staff would respond by providing infor-
mation obtained by agencies and medical profes-
sional groups.”’*> According to one commentator,
OHTA was somewhat uncomfortable with the infor-
mal inquiry process, as it would not know how
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HCFA would use the information it provided in
making reimbursement policy decisions.”’>

Full assessments were a much more elaborate
process that required 12 to 18 months.?”* The first
step involved meeting with HCFA in order to Clariffy
its request and to identify issues to be addressed””
The OHTA would subsequently review the medical
and scientific literature concerning the technology
and consult other organizations to obtain additional
information.”’® The agency would reach out to a
wide spectrum of sources in an effort to hear from
all interested parties.”’” It would consult with med-
ical specialty groups and professional organiza-
tions, commercial and industry groups, specific
manufacturers, private organizations conducting
HTAs, and consumer groups.>’® It also would send
formal letters of inquiry to NIH, FDA, and other rel-
evant federal agencies regarding the technology.?”
In addition, OHTA would publish a notice in the
Federal Register soliciting comments from all inter-
ested parties.”®® These notices and the responses
they elicited represented OHTA’s primary contact
with the general public during the assessment pro-
cess.”®! The Office would publish notices and ad-
vertisements in professional and trade publications
requesting information about particular coverage is-
sues.”®? Proponents of new medical technologies
were expected to submit information to OHTA in
the form of scientific and clinical studies.®

Once OHTA completed its information-gathering
process, staff would analyze and synthesize the in-
formation collected to groduce a report and recom-
mendation for HCFA.?** In drafting its reports and
recommendations, OHTA did not engage in any pri-
mary data collection activities, and thus, it relied
solely on data from extramural sources.”® In accor-
dance with its statutory mandate, the primary
considerations in OHTA assessments were safety,
efficacy, and clinical effectiveness.”®® Because
HCFA could not consider costs in making reim-
bursement decisions, OHTA did not perform formal
cost-effectiveness analyses; however, it could and
sometimes did include cost information in its re-
ports.”®” Once an assessment was completed, it
would be peer-reviewed within OHTA and then
sent to the FDA, NIH, and any other appropriate
federal agencies.”®® The OHTA would also prepare
and send to HCFA a memorandum recommending
for or against coverage of the technology at
issue.”® Furthermore, OHTA would publish and
disseminate its assessments to make them available
to the general public, but only after HCFA had taken
action on a recommendation.””° Ultimately, HCFA
made final decisions on coverage and could choose
to accept or disregard OHTA’s recommendation.”’

Because OHTA’s recommendations were not pub-
lished, disseminated, or otherwise made available
to the public, it is unclear how often HCFA went
against OHTA’s recommendations. >

In addition to the influence it had on Medicare
coverage decisions, OHTA’s work appears to have
had some influence on the coverage decisions of
private insurers. Published OHTA assessments
were often used by private insurers when develop-
ing their own coverage policies.?>> Furthermore,
private insurers often followed HCFA and Medi-
care’s lead in coverage decisions, excluding tech-
nologies from private coverage until Medicare had
decided to include them as part of its coverage.?**

In contrast to NCHCT, OHTA was not a short-lived
operation. It remained a part of NCHSR when it was
renamed the National Center for Health Services
Research and Health Care Technology Assessment
(NCHSR/HCTA) in 1984, following reorganization
efforts within DHHS.?>> The 1984 reorganization
also created the National Council on Health Care
Technology Assessment (NCHCTA), which helped
advise the OHTA and the NCHSR/HCTA with
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respect to performing HTA for Medicare cover-
age decisions.””® The NCHCTA'’s recommendations
were largely organizational and procedural.>®” When
the Agency for Health Care Policy and Research
(discussed in Part G of this section) was created in
1989 as the successor agency to the NCHSR/
HCTA, it inherited the functions of OHTA.?*® The
OHTA exists today in the form of the Technology
Assessment Program of the Agency for Healthcare
Research and Quality (discussed in Part H of this
section).?””

F. Council on Health Care Technology

Even though some public sector HTA (for the pur-
pose of advising HCFA) continued to be performed
after the closure of NCHCT, many stakeholders felt
that there should be continued federal funding of
broader HTA work.>* In response, Congress created
the Council on Health Care Technology (CHCT),
which was a private—public partnership initiated with
the Institute of Medicine (IOM), which is an
independent, non-profit organization within the
National Academy of Sciences dedicated to provid-
ing advice to decisionmakers and the public on is-
sues relating to biomedical science, health, and
medicine.**" The CHCT was established by the pas-
sage of Public Law 98-551 in 1984.%"2

Prior to the CHCT’s creation by Congress, the
IOM had convened a panel in 1982 to study the pos-
sibility of a (Private—public partnership to support
HTA work.>” The panel’s report, published in
1983, envisioned an organization that would be
based in the private sector but receive funding
from both governmental and private sources.’**
The report recommended that such an entity be cre-
ated with the responsibilities of establishing and
maintaining a clearinghouse for HTA, collecting
and analyzing the work of other HTA organizations,
conducting or commissioning original HTAs, iden-
tifying needs in HTA, developing criteria and meth-
ods for HTA, and educating, training, and providin%
assistance to others involved in HTA activities.*
Congress adopted all of these recommendations
by establishing the activities of the Council.**® As
provided by Public Law 98-551, the CHCT was to
be comprised of ten members appointed by the
IOM representing the private sector, three members
appointed by DHHS, and the Directors of the OTA
as ex officio members.’®” The federal government
was to fund the CHCT in part by a grant of as
much as $500,000.>°® However, as a condition of re-
ceiving the grant, the CHCT had to raise funds from
private sources equal to at least twice the amount of
the federal grant.’®

Although the Council was intended to be a
public—private partnership, legal constraints resulted
in a much more limited public role than that embod-
ied in Public Law 98-551.>'" In signing the law, Pres-
ident Reagan expressed concerns about the
constitutionality of the provision detailing the Coun-
cil’s composition.*!" In particular, he was concerned
that the provision violated the Appointments Clause
of Article II of the U.S. Constitution.>'* Citing the
Supreme Court’s decision in Buckley v. Valeo, the
President expressed the view that because the Coun-
cil would perform significant governmental duties
pursuant to a public law, its members would need
to be appointed in a manner consistent with the
Appointments Clause, which would not allow for ap-
pointment by a Congressional panel or a body that is
not an agency of the United States.>'? Problemati-
cally, the IOM was a body that was not an agency
of the United States. Thus, the President recom-
mended that the law be amended to reconstitute
the Council as either a governmental agency with
members appointed in conformance with the
Appointments Clause, or as a private, nongovern-
mental organization whose members would not
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have significant duties under a public law.*'* Thus,
Congress amended the statutory authority for the
Council in 1985 so that all members of the council
would be chosen from the private sector.’'® The
only public involvement with the partnership was
that the federal government provided “matching”
grant funding, and the CHCT was required to sub-
mit an annual report to DHHS that would be for-
warded to committees in the Senate and House of
Representatives.’'® The council that was eventu-
ally chosen consisted of 16 members, and the
first meeting was held in early 1986.>'" Members
included representatives from a wide spectrum of
health care constituencies, including health care
providers, consumer groups, insurers, health tech-
nology manufacturers, hospital groups, health
maintenance organizations, bioethicists, and scien-
tific and medical researchers.”'®

The CHCT’s HTA activities in practice were se-
verely limited by funding constraints. In making
federal funding contingent on obtaining private
funds, it appears that Congress overestimated the
willingness of the private sector to finance HTA.
As a result, the CHCT’s staff was of a very limited
size, which made it difficult to engage in HTA activ-
ities.>'” According to one commentator, the Coun-
cil’s main role was acting as a clearinghouse
for information on HTA activities.>** Most of the
assessment-related work in which the Council en-
gaged was focused on conceptual and methodo-
logical issues of HTA.*?! Such issues included
procedures for priority setting, the relation of HTA
to quality assurance, approaches to assessing diag-
nostic technologies, and other methods to rationalize
HTA.** In the Council’s three years of existence, it
produced HTAs on only two technologes: end-stage
renal dialysis and the artificial heart.”*

Ultimately, the inability of the CHCT to attract
private funding led to its demise.’** In 1989, the
IOM did not request further public funding for the
Council, and the statutory authorization for the pub-
lic funding was allowed to expire.’*> The CHCT’s
lack of clear priorities for HTA work,?*® as well as
opposition from the medical profession and the
pharmaceutical and medical device industries,
were also significant to the Center’s downfall.**’

G. Prospective Payment Assessment Commission

The Social Security Amendments of 1983
brought a fundamental shift in part of Medicare re-
imbursement policy.**® The Amendments began the
transformation of the program from a cost-based re-
imbursement system to a Prospective Payment Sys-
tem (PPS), which meant that health care providers

would be paid on the basis of a specified fixed
amount, where the amount paid for a given service
would depend on the classification system for
that service.*>’ For example, for hospital in-patient
services, the Amendments created the diagnosis-
related group (DRG) system, which divides possi-
ble diagnoses into groups called DRGs that serve
as the basis for reimbursement. A particular DRG
payment generally takes into account the average
resources required to treat the underlying condition
and adjusts these payments for variables such as
hospital location, proportion of low-income pa-
tients served by the hospital, and teaching status
of hospital.**°

The Social Security Amendments also created
the Prospective Payment Assessment Commission
(ProPAC) to advise HCFA on setting DRG rates
and to analyze the impact of PPS on health
care.>*! The Commission was to be composed of
15 members from a range of health care constituen-
cies who were appointed by the Director of the
OTA.**? ProPAC’s responsibilities included compil-
ing an annual report for HCFA regarding appropri-
ate payment rates and submitting an annual report
to Congress on the functioning and progress of
the Commission as well as any HTA activities
performed.**
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Although only a portion of its mandated activities
involved assessments, ProPAC was given the statu-
tory authority to perform a wide range of HTA ac-
tivities such as evaluating for safety, efficacy, and
cost-effectiveness health technologies that could
have an impact on DRG rates.>** ProPAC could col-
lect and assess information regarding new and exist-
ing technologies by utilizing existing information,
carrying out or commissioning original research
and experimentation, and adopting procedures to
allow interested parties to submit information.*”

ProPAC began its operations in 1986.%*® How-
ever, despite its statutory authority to engage in
HTA activities, it does not appear to have ever un-
dertaken a significant HTA program.>*’ ProPAC
was later merged into the Medicare Payment Advi-
sory Commission (MedPAC), which currently ad-
vises Congress on issues related to Medicare, with
the passage of the Balanced Budget Act of 1997.33%

H. Agency for Health Care Policy and Research

The Agency for Health Care Policy and Research
(AHCPR) was created by the Omnibus Budget Rec-
onciliation Act of 1989.>*° Established as part of
DHHS, the stated purpose of the agency was to “en-
hance the quality, appropriateness, and effectiveness
of health care services, and access to such services,
through the establishment of a broad base of scien-
tific research and through the promotion of improve-
ments in clinical practice and in the organization,
financing, and delivery of health care services.”>*

The AHCPR both assumed and expanded the re-
sponsibilities of the NCHSR.*' As discussed
above, AHCPR was regarded as the successor to
the NCHSR and was assigned the Center’s person-
nel, assets, liabilities, and general functions.>*?
However, in addition to continuing many of the
NCHSR’s programs, AHCPR was given some
important new responsibilities, including HTA ac-
tivities. Importantly, the Agency was given the gen-
eral authority to conduct and support research,
demonstrations, evaluations, training, guidelines
developments, and the dissemination of information
on health care services and their delivery systems in
the following areas: the effectiveness, efficiency,
and quality of health services; the outcomes of
health care services and procedures; clinical prac-
tice; health care technologies, facilities and equip-
ment; health care costs, productivity and markets;
health promotion and disease prevention; health sta-
tistics and epidemiology; and medical liability.>**
Its budget for 1989 was $99 million, of which $38
million was designated for medical effectiveness re-
search and guideline development.***

The AHCPR conducted three programs involv-
ing HTA. First, as discussed above in Part E, the
AHCPR housed the OHTA, which performed
HTAs requested by HCFA to aid in Medicare reim-
bursement policy.>** Second, within the agency,
the newly created Center for Medical Treatment
Effectiveness research had responsibility for admin-
istering research under the Medical Treatment
Effectiveness Program (MEDTEP), which per-
formed HTA work focusing on the treatment of par-
ticular clinical conditions. (However, at the time,
MEDTEP’s work was referred to as “outcomes
and effectiveness research.”)346 Third, the Office
of the Forum for Quality and Effectiveness in
Health Care was established within the AHCPR.
The purpose of this office was to develop and update
clinical guidelines to be used by health care profes-
sionals to prevent, diagnose, treat and clinically
manage health conditions effectively and appropri-
ately; as well as to develop these guidelines into
standards of quality, performance measures, and
medical review criteria.

4. at 161.

335,

3%See  Prospective Payment Commission; available at
https:/www.federalregister.gov/agencies/prospective-
payment-assessment-commission (last visited Apr. 24,
2014).

337See, e.g., Anne K. Burns, Technology Assessment for
Public Payment Policy: the Prospective Payment Commis-
sion (ProPAC), 1 INT’L J. TECH. ASSESSMENT 756, 759
(1985)(noting the limited nature of ProPAC’s HTA activities
aimed mostly at examining structural issues in the DRG sys-
tem); Perry, supra n. 320, at 321; see generally Young DA.
The Prospective Payment Assessment Commission: respon-
sibilities and recent findings. Acad. Med. 1991;66:400 dis-
cussing the responsibilities and activities of ProPAC
without any mention of HTA-related activities).

3 38Pmspective Payment Commission, supra n. 336.
330mnibus Budget Reconciliation Act of 1989, Pub. L. No.
101-239, 103 Stat. 2106, 2189.

340,

3*!Tunis and Gelband, supra n. 263, at 355.

342§ee Bradford H. Gray, The Legislative Battle Over Health
Services Research, 11 HEALTH AFFAIRS 38, 40 (1992).
3430mnibus Budget Reconciliation Act of 1989,103 Stat. at
2189.

344Eisenberg and Zarin, supra n. 106, at 195.

*>Tunis and Gelband, supra n. 263, at 355.

3465ee Omnibus Budget Reconciliation Act of 1989, 103
Stat. at 2195; J. Jarett Clinton, Agency for Health Care Pol-
icy and Research: Overview of Purpose and Programs, 49
Foop & Druc L.J. 449 (1994); Luce and Cohen, supra n.
299, at 34.

3478ee Omnibus Budget Reconciliation Act of 1989, 103
Stat. at 2192.



240

Biotechnology Law Report ¢ Volume 33, Number 6

The goal of MEDTEP was to conduct and sup-
port research with respect to the “outcomes, effec-
tiveness, and appropriateness of health care
services,” and in doing so was expected to evaluate
the “comparative effects on health,” as well as the
“functional capacity of alternative” therapies.’*®
A major component of MEDTEP’s activities con-
sisted of various research projects called Patient
Outcomes Research Teams (PORTs).>* Each
PORT focused on a specific clinical condition that
was common and costly to treat and for which
there was evidence of both regional variation in
treatment and available data for analysis.*>° The
PORTs included projects dedicated to, inter alia,
back pain, acute myocardial infarction, benign
prostatic hyperplasia (BPH) and localized prostate
cancer, knee replacements, and diabetes manage-
ment.*' Each PORT was funded for five years at
$5 million to $6 million dollars and was aimed at
determining what treatments worked for which pop-
ulations, and at what cost. 352 The work of PORTS
involved comparisons of available treatments that
today would be considered under the rubric of
CER. The PORT documents were the culmination
of substantial research efforts. The PORTs would
conduct systematic and formal literature reviews of
the medical conditions at issue; analyze administra-
tive databases, such as Medicare and Medicaid
claims, to gather information on clinical patterns of
care and regional variations; survey patients to gather
data on the probability of certain post-treatment out-
comes; and synthesize the data gathered.>>> Primary
research on clinical or comparative effectiveness
was not part of the PORT process.>>* The PORT find-
ings would be disseminated to the health care commu-
nity and consumers through the AHCPR’s Center for
Research Dissemination Liaison.*>

The results of PORT studies often offered signif-
icant insight into choosing treatment options; how-
ever, the utility of these findings was sometimes
limited by a PORT’s inability to engage in primary
clinical research. For example, the PORT concern-
ing BPH discovered that prostate surgery resulted
in rates of complication that were higher than previ-
ously believed.>>® Given these findings and results
indicating that patients were not as irritated by
symptoms of BPH as might have been indicated
by objective measures, the BPH PORT concluded
that patient preferences should be a significant fac-
tor in treatment decisions.”’ The BPH PORT also
found that transuretheral resection of the prostate
(TURP) counter-intuitively resulted in higher delayed
mortality rates than open surgery, even though TURP
is a less-invasive procedure.”® The PORT indicated
that it was possible that this result could be explained

by unmeasured comorbidity differences between treat-
ment groups.”” However, in order to determine the
true difference in delayed death between TURP and
open surgery, a clinical trial would be required.*® Per-
haps not surprisingly, proposals for such a trial were
rejected by AHCPR and NIH.*!

Development and dissemination of clinical prac-
tice was another major HTA-related activity of
AHCPR. It was hoped that health care professionals
would adhere closely to these guidelines, resulting
in the delivery only of appropriate care as well as
a reduction in unnecessary care, both of which
would reduce health care costs.>®? However, guide-
lines were not meant to be regulatory, and ad-
herence to them in health care treatment was
completely voluntary. The enabling legislation for
AHCPR provided some criteria for choosing guide-
line topics, namely that the condition account for a
significant portion of public health care expendi-
tures, have a significant variation in the frequency
or type of treatment provided, or otherwise meet
the needs of Medicare.’®® However, selection of
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guideline topics for at least the first few years of the
Agency’s operation was not formalized.*** Although
the AHCPR did contract with the IOM for assistance
in developing a priority-setting mechanism, it is
unclear whether such a mechanism went into effect
before the demise of the guideline development pro-
gram in 1996.°%° Guidelines were developed by pan-
els of experts selected from a wide group of health
care stakeholders.>*® The AHCPR would facilitate
the work of these panels and provide financial and lo-
gistical support as appropriate.®®” In producing clin-
ical guidelines, panels were expected to engage in
comprehensive literature review, multidisciplinary
expert panel discussion, and broad external re-
view.’*® Guidelines were sometimes directly linked
to PORT activities.>® It is unclear whether guide-
lines had any real impact on patterns of health care
delivery.®>’® In total, 19 clinical practice guidelines
were developed by the AHCPR.37!

The AHCPR’s PORTs and clinical guideline de-
velopment work generated controversy and was
often the subject of criticism by medical profes-
sional groups.®’* Perhaps the most significant epi-
sode of opposition to AHCPR occurred in 1994
and 1995, when the North American Spine Society
(NASS) and other back surgeons voiced strong
disapproval of the PORT on back pain, which had
questioned the value of back surgery in various clin-
ical situations.’””> The NASS publicly denounced
the methods used in the PORT’s literature review
and suggested that it had been a waste of tax-
payer money.”’* Subsequently, the Center for Patient
Advocacy was formed to lobby on the issue and op-
posed AHCPR’s funding on the grounds that it
was supporting unsound and wasteful research.>”
Opposition to the agency came at a time when it
was particularly vulnerable because of concerns
over government spending and calls from the Repub-
lican Party to reduce the size of the federal govern-
ment.*’® Those arguing in favor of defunding the
AHCPR out of budgetary concerns criticized the
agency for being duplicative of other federal agen-
cies and private organizations, as well as for failing
to meet its original statutory goals.’’’ Although it
seemed possible for a time that opposition groups
might prevail in their push to defund the AHCPR,
the agency was able to survive these attacks. How-
ever, such attacks did substantially impact the opera-
tions of the AHCPR. In 1996, the agency’s budget
was decreased by 21%, and the AHCPR ceased its
guideline development program in favor of support-
ing “evidence-based practice centers,” which were
responsible for collecting and organizing data to be
used primarily by g)rivate organizations to develop
practice guidelines.’”®

The AHCPR was reauthorized and renamed the
Agency for Health Research and Quality (AHRQ)
under the Health Care Quality and Research Act
of 1999.37° The Act also effected a substantial reor-
ganization of the agency, which in some respects
reflected some of the concerns of those who had
worked to defund the AHCPR.**°

1. Agency for Health Research and Quality

The reauthorization statute gave AHRQ the same
general purposes as the AHCPR.*®! However, under
its new name, the former AHCPR distanced itself
from some of the activities that had previously gen-
erated negative political attention. One prominent
indication of this shift was the removal of the
word “policy” from the agency’s name. The leader-
ship of the agency and DHHS felt that use of
the word invited misconceptions about the agency’s
activities and risked associating it with the then-
unpo}glzllar health policies of the Clinton administra-
tion.”"” Furthermore, the Healthcare Research and
Quality Act removed any reference to “clinical
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practice guidelines” from the agency’s reauthoriza-
tion.”®® To ensure that any connection with the
AHCPR’s clinical practice guideline work would
be severed, the Act clearly stated that the agency
“shall not mandate national standards of clinical
practice or quality health care standards,” and pro-
vided that any “[r]ecommendations resulting from
projects funded and published by the Agency shall
include a corresponding disclaimer.”***

The AHRQ is arguably the most prominent
agency to have supported HTA and CER in the
past two decades and historically has been the larg-
est funder of such research.”® Furthermore, since
the agency’s reauthorization, the AHRQ’s role in
HTA and CER has been expanded by Congress in
acts such as the Medicare Prescription Drug
Improvement, the Modernization Act of 2003,386
the American Recovery and Reinvestment Act of
2009,*%” and the Patient Protection and Affordable
Care Act of 2010.7%®

The agency currently supports HTA and CER pri-
marily through five initiatives within its Effective
Health Care Program (EHCP). First, the agency
funds the Healthcare Horizon Scanning System
(HHSS). Established in 2010, the purpose of
HHSS is to identify and monitor emerging medical
technologies and to assess which target technolo-
gies have the highest potential impact on clinical
care, the health care system, patient outcomes, and
cost.”® The goal of HHSS’s work is to help
AHRQ and others to plan and prioritize CER re-
source expenditures and to ensure that CER per-
formed by the agency remains relevant.’* The
HHSS’s research involves conducting comprehen-
sive analyses of both published and unpublished
sources to identify putative target technologies.*”’
In analyzing the literature, HHSS uses specified cri-
teria to sort and prioritize topics and consults with
expert informants to assess the potential impacts
of target technologies.**> The process ends with dis-
semination of findings.**®> Currently, HHSS pro-
duces several types of reports, including status
update reports, individual topic profiles, potential
high-impact reports, and systematic reviews.>>* Sta-
tus update reports are revised every 2 months; they
identify and track potential target technologies.*”
Individual topic profiles discuss particular interven-
tions about to enter practice.*® Potential high-im-
pact reports present information on target
technologies that are predicted to have the greatest
impact on the health care system and health care
outcomes.™” Systematic reviews analyze the most
recent methods for horizon scanning.’*® Because
HHSS is a new program, it is still unclear how im-
portant its reports and findings will be.

Second, the AHRQ funds Evidence-based Prac-
tice Centers (EPCs). At present, there are 11 EPCs
housed primarily in academic institutions.**® The
purpose of EPCs is to prepare effectiveness and
comparative effectiveness reviews for use by health
care professionals, consumers, policymakers, and
other stakeholders.*®® The EPC reports are some-
times prepared at the request of CMS or other fed-
eral agencies like the U.S. Preventive Services
Task Force.*”' Some reports are commissioned at
the request of MedPAC, the successor to ProPAC.**?
Other reports are nominated by the AHRQ’s outside
partners.*®® If an issue is nominated rather than
requested by a federal agency, AHRQ prioritizes
the issue based on criteria such as the prevalence
of the medical condition, the cost of treating the
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condition, and the potential for a review to have an
impact on health care practices.*®* Once a topic is
chosen for review, a preliminary appraisal of the
available literature is performed to ensure that
enough evidence exists for a full review, as well
as to formulate questions to be addressed in a full
review.*” An EPC convenes a panel of experts to
refine and prioritize questions and suggest how to
tackle a full review.*”® The Center then performs a
systematic review of the scientific and medical liter-
ature of the topic and synthesizes a report.*"’
Reports generally take about a year to compile
and are reviewed extensively prior to dissemina-
tion.**® The EPC reports have been used to inform
health care coverage decisions, generate clinical
guidelines, and educate health care professionals.**’
Reports have used cost-effectiveness as a factor in
making recommendations.*'®

Third, the AHRQ coordinates the Developing Evi-
dence to Inform Decisions about Effectiveness
(DEcIDE) Network. The DECIDE program is a net-
work of research institutions created specifically to
conduct research on the outcomes, effectiveness, safety,
and usefulness of specific medical treatments.*''
Unlike many of the other HTA/CER programs of the
Agency, the DECIDE program does not take cost-effec-
tiveness into account as a factor in its activities.*'

Fourth, the Agency funds and operates, in conjunc-
tion with the FDA, the Centers for Education and
Research on Therapeutics (CERTS). This is an initia-
tive aimed at optimizing the use of drugs, medical de-
vices, and biological products through research and
education.*'® The ultimate goal of the CERTS is to
change the Iprescribing behaviors of health care pro-
fessionals.*™ The CERTSs prepares HTA/CER reports
on specific therapeutics or conditions that take into
account clinical risks and benefits, interactions with
other therapies, and economic implications.*'> Cur-
rently, six CERTs are part of the program and focus
on health information technology, therapies for health
and blood vessel disorders, mental health therapeu-
tics, musculoskeletal disorders, pediatric therapeutics,
and tools for optimizing prescribing.*'®

Fifth, the AHRQ operates the Scientific Resource
Center (SRC). The SRC supports the activities of
the EHCP.*'” SRC’s responsibilities are largely
technical and logistic.

J. Patient-Centered Outcomes Research Institute

Starting in late 2006, policymakers began to
show increasing interest in CER.*'® A shift from a
Republican to a Democratic majority in Congress
stimulated a renewed interest in health care re-
form.*? CER, like HTA before it, began to be

seen as a means of addressing quality and cost-con-
tainment groblems in the United States health care
system.**” Congressional leaders and other stakehold-
ers began to call for a new federal entity with greater
focus on CER.**' However, the idea of such an entity
was not without its opponents. In particular, conserva-
tive groups and industry representatives expressed con-
cern that a new CER entity would restrict physician
choice and patient access to care, as well as stifle inno-
vation.**? Despite this opposition, provisions for a
CER entity in the form of the Patient Centered Out-
comes Research Institute (PCORI) were included in
the Patient Protection and Affordable Care Act of
2010 (PPACA) and its subsequent amendments in
the Health Care and Education Reconciliation Act of
2010 (HCERA).**

The creation of the PCORI by the PPACA and
HCERA was the culmination of the efforts of
many CER proponents.*** The PCORI is an inde-
pendent, non-profit, tax exempt corporation whose
purpose is to
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assist patients, clinicians, purchasers, and
policy-makers in making informed health de-
cisions by advancing the quality and relevance
of evidence concerning the manner in which
diseases, disorders, and other health conditions
can effectively and appropriately be prevented,
diagnosed, treated, monitored, and managed
through research and evidence synthesis...and
the dissemination of research findings.**>

The ultimate goal of PCORI’s work is to improve
health care delivery and outcomes by helping peo-
ple to make informed health care decisions.
The PCORI is governed by a board consisting of
the directors of AHRQ and NIH as well as 17 mem-
bers appointed by the Comptroller General who rep-
resent various health care stakeholder groups.*’

In conducting and supporting CER, PCORI is
limited by its statutory authorization. In order to en-
sure PCORI’s establishment, proponents of CER
had to make various concessions. Thus, PCORI is
prohibited from using certain cost-effectiveness
methodologies and cannot frame its research find-
ings as mandates, guidelines, or recommendations
for payments, coverage, or treatments.**® Further-
more, in making coverage decisions, the Secretary
of DHHS is prohibited from relying solely on
PCORI-sponsored CER. In order to use PCORI-
sponsored CER findings in coverage decisions, the
Secretary must go through “an iterative and trans-
parent process that includes public comment and
considers the effect [of the findings] on subpopula-
tions.”*** Moreover, in using these findings, the
Secretary is prohibited from differentiating the
value of life for an elderly, disabled, or terminally
ill patient from that of a healthy patient.**°

The PCORI is charged with identifying national
research priorities, creating a research agenda
based on these priorities, funding CER in further-
ance of this agenda, and disseminating research
findings to patients and health care professionals.*’"’
In May 2012, PCORI’s Board of Governors adopted
five national priorities for research: assessment of
prevention, diagnosis, and treatment options; im-
proving health care systems; communication and
dissemination research; addressing disparities; and
accelerating patient-centered outcomes research
and methodological research.**?

To select particular topics for CER in furtherance
of these priorities, PCORI has adopted two comple-
mentary approaches.**® Under the first approach,
known as the “investigator-initiated approach,”
PCORI solicits research proposals in the five na-
tional priority areas using what are known as
PCORI Funding Announcements (PFAs).434 Under

the second approach, known as the “patient- and
other stakeholder-initiated approach,” PCORI solic-
its potential research questions from patients and
other stakeholders through a variety of means.**
The PCORI then engages in a systematic topic se-
lection and prioritization process that involves
reviewing a potential topic against a set of defined
criteria.**® Topics then undergo preliminary litera-
ture review before they are selected by a PCORI
Advisory Panel for a final assessment.”’ Selected
topics are submitted to the PCORI Board of Gover-
nors, which then approves a final list of topics to be
developed into targeted PFAs.**® Thus far, PCORI
has identified five topics for targeted PFAs using
this process: treatment options for uterine fibroids;
treatment options for severe asthma in African
Americans and Hispanics/Latinos; preventing inju-
ries from falls in the elderly; treatment options for
back pain; and obesity treatment options in diverse
populations.*

a5,
“28 About the Scientific Resource Center, AGENCY FOR HEALTH
CAReE RES. & QuaALITy; available at http:/effectivehealth
care.ahrq.gov/index.cfm/who-is-involved-in-the-effective-
health-care-program1/about-the-scientific-resource-center1/
(last visited Apr. 26, 2014).

“2Tpatient Protection and Affordable Care Act of 2010, 124
Stat. at 735.

“281d. 739-41.

*291d. at 740.

4301d. at 740-1.

IPATIENT-CENTERED OUTCOMES RESEARCH INSTITUTE,
NATIONAL PRIORITIES FOR RESEARCH AND RESEARCH
AGENDA 1 (2012); see Patient Protection and Affordable
Care Act of 2010, 124 Stat. at 728-35.

“321d. at 8.

“SHow We Select Research Topics, PATIENT-CENTERED
OutcoMmEs REs. INST., http:/www.pcori.org/funding-oppor
tunities/funding-announcements/how-we-select-research-
toyics/ (last visited Apr. 26, 2014).

43 [d

435]d:
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CENTERED OUTCOMES RES. INST.; available at www
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visited Apr. 26, 2014).
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9Accelerated Process to Targeted Funding, PATIENT-
CENTERED OUTCOMES RES. INST.; available at www
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accelerated-process-to-targeted-funding/ (last visited Apr.
26, 2014).
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The PPACA also established the Patient-Cen-
tered Outcomes Research Trust Fund (PCORTF)
to support the operations of PCORIL** The
PCORTF received $10 million in 2010, $50 million
in 2011, and $150 million for 2012.**' For 2013 to
2019, PCORTF is to receive $150 million from the
general fund of the U.S. Treasury, as well additional
funds from small fees assessed on Medicare, private
health insurance, and self-insured plans.**?

K. Other Federal Programs

In addition to the major HTA and CER efforts of the
federal government discussed above, other federal en-
titles have engaged in HTA and CER. This paper will
briefly discuss three of these federal agencies: Centers
for Medicare and Medicaid Services (CMS); the
Department of Veterans Affairs (VA); and the Depart-
ment of Defense (DoD). While conducting HTA or
CER is not a primary purpose of these agencies, they
do perform a significant amount of these activities,
and therefore warrant analysis.

1. Centers for Medicare and Medicaid
Services. Although CMS (previously HCFA) has
a long history of engaging in formal agreements
with other federal entities to perform HTA and CER
to aid in reimbursement policy decisions, CMS itself
makes final determinations of whether a procedure
is “reasonable and necessary.”*** This process has
generally involved analysis of outside reports along
with activities within CMS. The Coverage and Anal-
ysis Group (CAG) of the Office of Clinical Standards
and Quality of CMS currently has responsibility for
undertaking or requesting HTAs or CER reports to
support reimbursement policy.***

Starting in the 1980s, HCFA developed an internal
process for making national coverage decisions in-
volving an informal committee of physicians for con-
troversial treatments.**> The committee met privately
with no outside participation.**® For more complex
coverage determinations, HCFA would request an
HTA from an outside agency, such as the NCHCT.
In response to a lawsuit challenging coverage policy,
HCFA published a notice explaining its procedures
for making its coverage decisions in 1987.*4’

Throughout the 1980s and the 1990s, HCFA strug-
gled to design a coverage process that adequately
addressed the concerns of the spectrum of health
care stakeholders.*** In 1998, HCFA established the
Medicare Coverage Advisory Commission (MCAC),
which comprised outside health care experts.*** The
MCAC was renamed the Medicare Evidence Develop-
ment and Coverage Advisory Committee (MedCAC)
in 2008 and is currently the main body advising CMS
on national coverage decisions.*”

The MedCAC’s role is to compile evidence and
conduct open public meetings concerning coverage
of particular technologies where evidence, in-
cluding any requested HTA or CER reports, is
weighed.* " If it is determined that there is sufficient
evidence to make a decision, MedCAC members
vote on whether they think the particular technology
is effective.*>? The MedCAC’s input is not binding,
and final decisions on reimbursement are made by
the CAG and issued through a National Coverage
Determination memorandum.*>® The CAG is pro-
hibited from considering costs or cost-effectiveness
in making these determinations.*>* The evidence
considered at the meeting, other publicly submitted
evidence, and final coverage determinations are all
posted on the CMS website.*>

2. The Department of Veterans Affairs and the
Department of Defense. Federal initiatives in HTA

and CER have also included the efforts of the VA
and the DoD. Both of these entities are significant
providers of health care and engage in various
HTA activities.

*4OPatient Protection and Affordable Care Act of 2010, 124
Stat. at 728.

44 g0e D’ Arcy and Rich, supra n. 349, at 3.
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determinations, this paper focuses its discussion of Medi-
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The VA runs its own health care system under
the purview of the Veterans Health Administration
(VHA), which is the country’s largest integrated
health care system.**® The DoD runs the Military
Health System (MHS), which provides care to ac-
tive-duty personnel, military retirees, and the eligible
dependents of both of these groups.*”” Both the VA
and the DoD have significant experience performing
HTA and CER and have a number of programs ded-
icated to these activities.*>® An example of a CER ac-
tivity involving both of these departments is a
collaboration in which VA and DoD together review
evidence of treatment efficacy through comprehen-
sive analysis of patient records.*>® The CER methods
are then used to generate clinical guidelines and es-
tablish a drug formulary.*®

IV. CHALLENGES IN THE FEDERAL
FUNDING OF HTA AND CER EFFORTS

Although efforts to create a national, publicly
funded HTA or CER entity have existed for almost
half a century, these efforts have been fragmented
and have faced significant obstacles. Both HTA
and CER have long represented a means to achieve
better health outcomes while controlling costs, but
in practice, the results of federally funded HTA
and CER efforts do not seem to have had much ef-
fect on patterns of care or health care spending.
Drawing on the history of previous HTA and CER
entities and their demise, there are recurrent themes
that may help to inform current and future efforts.
Three recurring challenges to the establishment of
a permanent and effective federal entity that substan-
tially performs HTA or CER are budgetary concerns,
opposition from health care interest groups, and the
lack of a mechanism to effect meaningful change.

The first challenge has been budgetary problems.
Both HTA and CER efforts have been particularly
vulnerable to calls for defunding in times of budget-
ary instability despite the promise of potential cost
savings that HTA and CER programs represent.
Because of the fragmented and uncoordinated na-
ture of these programs, there generally has not
been a single repository of HTA or CER work in
the federal government. Rather, at any given time,
multiple federal agencies have been engaged in
HTA, CER, or related activities. Thus, in times of
budgetary crisis, federally funded agencies primar-
ily engaged in HTA or CER efforts have often
been portrayed as duplicative of other agencies. In
particular, these criticisms were leveled against
both the OTA and the NCHCT, which likely contrib-
uted to their demise. Furthermore, these programs

have generally been short-lived and, perhaps as a re-
sult, have not had a major measurable impact on re-
ducing health care spending. Thus, they have often
been attacked for wasting tax dollars. Moreover,
HTA and CER efforts often lack a strong advocate
in the legislature to counter these attacks.*®’ Such
attacks have been especially successful in tough fis-
cal times when Republican Congressional majori-
ties have focused on scaling down the size of the
federal government and eliminating agencies seen
as unnecessary or wasteful as a means of enforcing
budgetary discipline. Even when there has not been
complete defunding, the Congressional appropria-
tions process has often led to limited budgets for
HTA and CER efforts.

The second challenge has been interest group op-
position. In particular, the medical profession and
industry groups have voiced staunch opposition to
such programs. The health care profession seems
to have two primary problems with HTA and CER
efforts. First, groups such as the AMA take issue
with what they view as an intrusion into medical
practice by persons who often are not physicians.
Both HTA and CER programs often make recom-
mendations or guidelines for how to use health
care technologies and how to treat particular condi-
tions. Although these recommendations and guide-
lines have been voluntary, they often have a quasi-
regulatory effect. For example, both the NCHCT
and OHTA performed HTAs that influenced reim-
bursement policy. Lack of reimbursement may ef-
fectively cut off a treatment option. The medical
profession generally views treatment choice as a
judgment better made by individual physicians
rather than committees. Second, groups within the
medical profession have been threatened by HTA
and CER efforts when individual reports recom-
mend against a particular treatment they endorse
or highlight evidence of its ineffectiveness. For

436See Veterans Health Administration: About VHA, U.S.
DEP'T OF VETERANS AFFAIRS; available at www.va.gov/
health/aboutVHA.asp (last visited Apr. 23, 2014).
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example, the NASS took swift action against the
AHCPR when it published reports indicating that
the utility of a particular spine operation for acute
back pain was not supported by evidence.*®* This
type of backlash may be attributable not only to
concern about governmental intrusion into the
field of medical decision-making, but also the po-
tential negative financial effects of such recommen-
dations. Industry groups also have been opposed to
HTA and CER programs. These groups generally
are concerned that recommendations will hurt the
profitability of the industry and that they may stifle
innovation and the growth of emerging companies.

The third challenge to a lasting and effective fed-
eral HTA or CER agency has been reliance by policy
makers on voluntary mechanisms to effect change.
Generally, care has been taken to ensure that federal
HTA and CER efforts are not perceived as being reg-
ulatory, and compliance with published recommenda-
tions and guidelines by health care providers has been
voluntary. In the past, such guidelines have not been
followed.*®® There are perhaps not enough incentives
for the medical profession to use these recommenda-
tions and guidelines voluntarily. Although there is a
general professional and ethical duty to deliver
high-quality care to patients, clinical decisions are
rarely subject to formal quality review or required
to adhere to the latest standards of care,464 although
this is changing to some extent with the recent em-
phasis on “standard of care” treatment. Furthermore,
when recommendations and guidelines are not con-
nected with reimbursement policy, financial incen-
tives may not exist to follow them. In fact, health
care financing structures in the United States that re-
ward volume of care may provide an incentive for
health care professionals to ignore HTA and CER re-
ports.*®> Moreover, it seems untenable to have pa-
tients play a significant a role in their own health
care decisions, even when HTA and CER reports
are available to them, as the nature of the physi-
cian—patient relationship generally results in com-
plete deference to the physician’s decisions.
Furthermore, laws generally do not require policy-
makers to consider HTA and CER findings when
making decisions about health care policies. Restric-
tion on the use of cost and cost-effectiveness in HTA
and CER efforts may also limit the impact that such
programs can have on cost containment.

Whether the federal government’s current CER
efforts, like PCORI, will face the same obstacles
and succumb to the same fate as previous programs
is still yet unclear. However, unlike some of the fed-
eral government’s earlier HTA and CER initiatives,
PCORI has features that make it less politically vul-
nerable. Both its status as an independent, non-

profit corporation and its receipt of funding through
PCORTTF shelters PCORI from the volatility of the
Congressional appropriations process.*®® However,
restrictions on methodologies available to PCORI
and on the use of its findings in policy decisions
may limit its ability to effect meaningful change
in health care practices.

V. POTENTIAL APPROACHES
FOR THE FUTURE

It may be that in order to have a meaningful ef-
fect on patterns of health care delivery, the recom-
mendations of CER will have to be given more
regulatory force or be incorporated into market ap-
proval schemes for drugs and devices. Some observ-
ers have suggested that the FDA should have a
greater role in mandating CER and disseminating
its results.*®” Two areas where this may be possible
under FDA authority are in the approval process and
labeling requirements.

First, several commentators have suggested that
the FDA should require pre-market CER and use
this information in making approval decisions for
drugs and devices.*®® Such a requirement would
likely mean that drug and device developers
would be required to have active-comparator trials
instead of or in addition to placebo-controlled
trials.*®® Approval decisions would not necessarily
require that a new therapy be more efficacious
than a prior drug or device, but that CER informa-
tion would be incorporated into the approval pro-
cess.*’® For example, a treatment with only
disadvantages compared with an existing drug or
device might not be approved unless developers
were able to demonstrate that the treatment fell
within a niche, such as use as a booster therapy
for patients with refractory conditions.*”"

Second, Stafford et al. have suggested that
comparative effectiveness information should be
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incorporated into FDA labeling of drugs and de-
vices.*’? In such a scheme, in the absence of CER,
drug and device labels would be required to indicate
that there is no evidence that a product is superior to
others.*’”* Under the proposal, payers would have
readily available comparative information on prod-
ucts that could be used to negotiate prices, and
drug and device developers would be given an incen-
tive to design trials to differentiate their products
with respect to clinically important features.*’*

Although such approaches may generate useful
information and decrease the likelihood that new,
but less effective, treatments would replace estab-
lished treatments, it is unclear whether they would
be politically or practically viable. Industry in par-
ticular likely would be vehemently opposed to
such changes—particularly to a requirement for ac-
tive-comparator trials, which would increase both
costs and the risk that a treatment would be discov-
ered to be inferior only in the late stages of develop-
ment.*’> It is arguable that these financial risks
would stifle innovation and the growth of emerging
companies. Any such proposals would thus likely
face staunch political opposition from industry
groups. Furthermore, more regulatory approaches
to HTA and CER generally have been disfavored
in the past. Moreover, it is unclear to what extent
such proposals would require additional resources
from the FDA. For example, use of CER in the ap-
proval process might require greater FDA oversight
of active-comparator trials and more consultation
with experts to evaluate the evidence generated. It
is unclear whether such a shift would be viable,
given the FDA’s already strained resources and
chronic underfunding.*’®

VI. CONCLUSION

Containing health care expenditures while ensur-
ing quality of health care delivery has been and con-
tinues to be a major concern for the federal
government. However, HTA and CER are two activ-
ities by which many think these goals can be fur-
thered. Federal programs dedicated to HTA and
CER in the United States have a long, but fragmented,
history, dating back to the establishment of the OTA
in the early 1970s. Efforts at establishing a national
repository of HTA or CER activities have been im-
peded by factors such as budgetary concerns, lack
of clear goals, and resistance from health care profes-
sionals, industry groups, and others. In recent years,
there has been renewed focus on HTA and CER,
which has resulted in increased CER activities by
the AHRQ and the establishment of PCORI. Whether
this renewed focus will affect cost-containment and
patterns of health care delivery remains to be seen.
CER activities may have a greater impact if their find-
ings are used in a more regulatory manner. In partic-
ular, the FDA could play a larger role in requiring
CER activities. However, it is unclear that such a
move would be politically viable, given the history
of opposition to more regulatory approaches.
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