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The Reluctance to Use Cost-
Effectiveness Analysis in 
Regulatory Decision-Making

PETER J. NEUMANN

Despite the tremendous growth in the performance and publication of
cost-effectiveness analyses (CEA) and other forms of economic evalu-
ation in health and medicine, some policy makers, especially in the
United States, have shied away from its use. Moreover, in some cases
regulatory policy has discouraged its use. This paper explores reasons
for this situation.

Cost-effectiveness analysis 
in health and medicine
The rise in the number of economic evaluations of health and medical
interventions has been well-documented (Elixhauser et al. 1993; Elix-
hauser et al. 1998). One recent review of the literature found over
3,500 cost-benefit and cost-effectiveness analyses published from 1991
through 1996 (Elixhauser et al. 1998). An international database that
maintains information on health economic evaluations contains over
11,000 entries (OHE-IFPMA 1998).

Cost-effectiveness analysis (CEA) has emerged as the dominant
approach to economic evaluation in health and medicine (Office of
Technology Assessment 1994; Gold, Siegel, Russell, and Weinstein
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1996), though other forms of analyses such as cost-benefit analysis
(CBA), cost-minimization analysis, and cost-consequences analysis
have also been used.

The appeal of CEA is that it yields a ratio—costs per unit of health
effect achieved—that is relatively straightforward to interpret and that
allows for comparisons across a broad spectrum of interventions. Cost-
effectiveness analyses show the relationship between the resources
used (costs) and the health benefits achieved (effects) for an interven-
tion compared to an alternative strategy. The cost per effect (C/E) ratio
reflects the difference in the interventions’ costs divided by the differ-
ence in their health effectiveness (Gold et al. 1996). If ratios are estimat-
ed in similar terms, they can be compared to illustrate the most efficient
ways to maximize health benefits in the allocation of limited resources.

In contrast, CBA requires the monetary valuation of health bene-
fits, which presents measurement difficulties and raises ethical issues
(i.e., placing a dollar value on life). Other approaches also have limita-
tions. Cost-consequence analyses (in which components of incremen-
tal costs and consequences of alternative interventions are computed
and listed without any attempt to aggregate the results) may offer ad-
vantages in terms of their understandability but lack standards for
methodological practices and do not produce results that can be easily
compared across studies. The performance of cost-minimization anal-
yses, which are used to compare the net costs of programs that achieve
the same outcome, are less common because of the stringency of the
requirement that competing programs yield similar effects.

Uses of cost-effectiveness analysis
In some cases, cost-effectiveness analysis has been used explicitly by
policy makers. In Canada, for example, guidelines for performing eco-
nomic evaluations of pharmaceuticals have been published (Menon,
Schubert, and Torrance 1996; Baladi, Menon, and Otten 1998). The
purpose of the guidelines is to “achieve sustainable pharmaceutical re-
source allocation, effective pricing policies, and equitable drug cover-
age” (Menon et al. 1996). The guidelines process is managed by the
Canadian Coordinating Office for Health Technology Assessment
(CCOHTA), a corporation created by federal, provincial, and territorial
governments in Canada.

The guidelines stipulate that economic evaluation should not be
part of the federal regulatory review process but rather should be used
to demonstrate the value and cost-effectiveness of products being con-
sidered for reimbursement. Over the past few years, CCOHTA has as-
sessed some four to six pharmaceuticals per month and has conducted
evaluations in numerous areas, including cervical cancer screening and
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the use of new medications for the management of major depression
and acute migraine.

In the United States, some private managed-care plans have devel-
oped and used similar guidelines (Integrated Pharmaceutical Services
1997; Regence 1997). In general, however, policy makers have been re-
luctant to use cost-effectiveness analyses explicitly. For example, the
Canadian federal Medicare program, which provides health coverage to
elderly and disabled individuals, has been unable to enact a regulation
that would add cost-effectiveness to the criteria used in coverage deci-
sions for new medical technologies. Policy makers in the state of Ore-
gon encountered difficulties when they attempted to follow the cost-
effectiveness paradigm too closely for use in their Medicaid program,
which provides health care to low-income individuals.

Barriers to using cost-
effectiveness analysis
There are a number of barriers to the explicit use of cost-effectiveness
analysis. Results from a handful of surveys conducted over the past few
years shed some light on the issue (Lax and Moench 1995; Zellmer
1995; Drummond 1995; Luce and Brown 1995; Luce, Lyles, and Rentz
1996; Steiner et al. 1996a; Steiner et al. 1996b; Sloan, Whetten-Gold-
stein, and Wilson 1997). While the surveys differ in their scopes, meth-
odologies, and sample sizes, several main conclusions emerge.

Many decision-makers feel ill-equipped 
to evaluate the information
One barrier to greater use of CEA is a feeling among decision makers
that they do not possess adequate knowledge or training. Zellmer
(1995), for example, reported that almost 40 percent of health-care
managers said that they were ill-equipped to analyze and compare
pharmacoeconomic claims critically. In another survey (Sloan et al.
1997), 15 percent of respondents listed lack of knowledge as a reason
that cost-effectiveness analysis is not used more often. A similar per-
centage stated that a better explanation of methods was needed if CEAs
were to be more useful to hospital managers.

Decision-makers remain skeptical of the information because 
they fear bias on the part of the study sponsors
The credibility and reliability of studies is also perceived as a problem.
Zellmer found that fewer than 20 percent of respondents agreed with
the statement “the comparative pharmacoeconomic claims made by
drug manufacturers generally meet high standards for reliability.”
Moreover, only 51 percent of respondents agreed with the statement
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“my managed care plan is in a position to put pressure on manufactur-
ers to conduct scientifically rigorous pharmacoeconomic studies.” In
interviews with 43 managed-care providers, Lax and Moench (1995)
found that the top concern expressed was “bias” followed by “freedom
to control the study” and the “validity of the study.” In a study of 446
medical professionals in the United Kingdom, Drummond (1995) re-
ported that the greatest barrier stated was that “industry funded stud-
ies are not credible,” reported by almost 60 percent of respondents. In
the study by Sloan et al., over 20 percent of respondents said that a way
to make CEA more useful to hospitals was to sponsor independent re-
search. Almost 40 percent of respondents in the survey by Drummond
et al. said that an external reviewer was needed to critically review
studies for decision makers.

Decision-makers emphasize the need for more timely information
In a survey of 231 managers of private health plans, Steiner et al.
(1996) found that the greatest reported barriers to decision makers
were “no timely effectiveness data,” expressed by 90 percent, followed
by “no timely cost-effectiveness data (70 percent) and “no timely safety
data” (60 percent). Among the barriers to use of cost-effectiveness
analysis reported by Sloan et al. (1997) was the fact that studies were
published too late. Almost 30 percent of these respondents replied that
one way to make CEA more useful to hospitals was to make studies
available sooner.

Decision-makers want targeted information 
that is more relevant to their own decisions
Sloan et al. (1997) reported that the two greatest barriers to the use of
cost-effectiveness analysis among hospital pharmacists were that the
analyses were not targeted at drugs of interest (34 percent) or that the
analyses did not apply to hospitals (28 percent). When asked how cost-
effectiveness analysis could be made more useful to hospitals, the most
frequent response was that studies should be made “generalizable to
the hospital setting.” Drummond (1995) found that among the barri-
ers reported by respondents were that “savings are anticipated, not re-
al,” that the Department of Health in the United Kingdom is only
interested in cost containment, not cost-effectiveness, and that they
“couldn’t take the long-term view.”

Cost-effectiveness remains a secondary 
consideration after clinical factors
It is also important to keep in mind that cost-effectiveness remains a
secondary consideration after clinical factors. Luce and colleagues
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(1996) interviewed 51 managers of managed care plans and asked
about the usefulness of information on clinical effectiveness, safety,
cost of treatment, and cost-effectiveness. Rated on a scale from 1 (most
useful) to 6 (least useful), clinical effectiveness (1.6) was thought to be
most useful followed by information on cost-effectiveness (2.6) safety
(2.7), and cost of treatment (4.0). Luce et al. (1996) also found that re-
spondents gave higher ratings to information from clinical trials as op-
posed to information from retrospective reviews and models. On a
scale of 1 (excellent) to 4 (poor), clinical trials rated highest (1.8) fol-
lowed by retrospective reviews (2.1) and models (2.6).

Regulatory barriers
A final barrier to the use of cost-effectiveness information is regulatory.
In the United States, the Food and Drug Administration has tradition-
ally concerned itself with matters of safety and effectiveness and not
cost-effectiveness. But the Agency has long held authority to ensure
that information disseminated by drug manufacturers is not inaccurate
or misleading. The emergence of cost-effectiveness analysis has thus
confronted the Agency with a new dilemma: how does it regulate pro-
motional materials containing claims about a drug’s cost-effectiveness?

In 1995, the FDA’s Division of Drug Marketing and Communica-
tions (DDMAC) issued draft guidelines on the issue (FDA-DDMAC
1995). The guidelines stipulated that pharmacoeconomic studies
would be required to produce “an adequate level of precision, scientific
rigor, and validity (both internal and external) to support the resulting
claims” (FDA-DDMAC 1995). All comparative claims would be re-
quired to provide “substantial evidence” typically demonstrated “by
two adequate and well-controlled studies . . . Computer and mathemat-
ical models would be acceptable only when well-controlled trials could
be performed; intermediate health outcomes and quality-of-life mea-
surements can be employed only with evidence of the scientific associ-
ation” (FDA-DDMAC 1995).

The draft guidelines were problematic because they were overly
prescriptive, because they put too much stock in randomized con-
trolled trials (RCTs) for economic endpoints, and because they gave
short shrift to modeling exercises, which lie at the heart of cost-
effectiveness analyses. The guidelines were also limited in that they did
not show sufficient appreciation for the growing sophistication of pur-
chasers—particular managed care plans—in using pharmacoeconomic
information (Neumann, Zinner, and Paltiel 1996). In addition, cost-
effectiveness should not be held to the same standard as safety and ef-
ficacy because the danger to consumers is an economic risk—paying
too much for the benefits conferred—and not a health or safety risk.
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Staff at the United States Federal Trade Commission (FTC) put
forward many of these concerns, arguing that strict adherence to RCTs
could result in the prohibition of truthful, non-deceptive claims of cost-
effectiveness. They suggested a more flexible substantiation for eco-
nomic claims based on “competent and reliable evidence” without an a
priori specification for well-controlled trials (Neumann et al. 1996).
“Competent and reliable evidence,” they noted, might include epidemi-
ologic or administrative claims, as long as adequate disclosure was pro-
vided (Neumann et al. 1996).

Legislation on the matter was addressed in the FDA Moderniza-
tion Act of 1997. The provision states that “health care economic infor-
mation provided to a formulary committee, or other similar entity . . .
with respect to the selection of drugs for managed care or similar orga-
nizations . . . is based on competent and reliable evidence (US Congress
1997). While this legislation might offer some relief, it remains unclear
how the “competent and reliable” evidence standard will be interpret-
ed. Moreover, the FDA has yet to offer interpretive policy. A key issue
in the debate is how well the FDA believes consumers are able to un-
derstand the information and separate “good” from “bad” information.
In the meantime, pharmaceutical companies will likely remain reluc-
tant to make claims about the cost-effectiveness of their products, de-
spite a demand for such information on the part of health-care payers.

The road ahead
Considerations of cost will always play an important role in health-care
decisions, whether they lurk in the shadows or are appraised openly.
The real question is how explicit we are in using such information.
Since cost-effectiveness analysis can help to illustrate how to improve
health with society’s limited resources, more efforts should be under-
taken to make such information available.

To date, public-policy officials have shied away from using cost-
effectiveness analysis as an explicit tool of policy making. Part of the
problem is a lingering perception that the field lacks standards, making
it difficult to compare cost-effectiveness ratios across studies. Some ob-
servers have also been troubled by the fact that many analyses are
sponsored by drug companies with an interest in obtaining favorable
results. 

In recent years, progress has been made in addressing these con-
cerns, including the publication of guidelines covering both method-
ological practices and the independence of researchers. To enhance the
comparability of analyses, leaders in the field now suggest that cost-
effective researchers undertake a “reference case” analysis, which in-
volves a standard set of methodologic practices (Gold et al. 1996). New
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guidelines suggest that analyses consider the societal perspective for
the reference case and that they add other perspectives if they are im-
portant to the decision at hand.

The government can improve upon these efforts by sponsoring
more research in the field, ensuring that this research adheres to the
high standards recommended by leaders in the field, and allowing its
dissemination to the public. The private sector can help by establishing
mechanisms for independent, third-party review of cost-effectiveness
claims. Editors of peer-reviewed journals would enhance these efforts
by establishing more rigorous protocols for reviewing cost-effectiveness
analyses prior to publication.

A more difficult hurdle for cost-effectiveness analysis is that its
candid use raises the specter that health care is being “rationed.” Here
too, public-policy makers can help by leading efforts to educate the
medical and health-policy communities about the usefulness of cost-
effectiveness analysis in helping to maximize a nation’s health tools
under constrained health budgets.

References

Baladi, J.F., D. Menon, and N. Otten (1998). Use of Economic Evaluation
Guidelines: 2 Years’ Experience in Canada. Health Economics 7: 221–27.

Brown, M.L., and L. Fintor (1993). Cost-Effectiveness of Breast Cancer Screen-
ing: Preliminary Results of a Systematic Review of the Literature. Breast
Cancer Res Treatment 25: 113–18.

Drummond, M. (1995). Economic Evaluation in Health Care. Presentation at
Duke University (November).

Elixhauser, A., B.R. Luce, W.R. Taylor et al. (1993). Health Care CBA/CEA: An
Update on the Growth and Composition of the Literature. Medical Care 31:
JS1.

Elixhauser, A., M. Halpern, J. Schmier, and B.R. Luce (1998). Health Care CBA
and CEA from 1991 to 1996: An Updated Bibliography. Medical Care 36:
MS1–MS9.

Food and Drug Administration, Division of Drug Marketing, Advertising, and
Communication [FDA-DDMAC] (1995). Principles for the Review of Phar-
macoeconomic Promotion: Draft Guidelines.

Gold, M.R., J.E. Siegel, L.B. Russell, M.C. Weinstein (1996). Cost-Effectiveness in
Health and Medicine. Oxford: Oxford University Press.

Integrated Pharmaceutical Services and Foundation Health Corporation
(1996). Guidelines for Formulary Submissions. Rancho Cordova (CA): Inte-
grated Pharmaceutical Services and Foundation Health Corporation.

Lax, J., and E. Moench (1995). Pharmacoeconomics and Managed Care: Un-
derstanding the Issues, Concerns, and the Environment. Presentation at



194 Safe Enough? Managing Risk and Regulation

the Food and Drug Administration Hearing, Pharmaceutical Marketing and
Information Exchange in Managed Care Environments, Silver Spring, Maryland
(October 19).

Luce, B.R., and R.E. Brown (1995). The Use of Technology Assessment by Hos-
pitals, Health Maintenance Organizations, and Third-Party Payers in the
United States. International Journal of Technology Assessment in Health Care
11: 79–82.

Luce, B.R., A.C. Lyles, and A.M. Rentz (1996). The View from Managed Care
Pharmacy. Health Affairs 4: 168–76.

Menon, D., F. Schubert, G.W. Torrance (1996). Canada’s New Guidelines for
the Economic Evaluation of Pharmaceuticals. Medical Care 34: DS77–
DS86.

Neumann, P.J., D.E. Zinner, and A.D. Paltiel (1996). The FDA's Regulation of
Cost-Effectiveness Claims. Health Affairs (Fall): 54–71.

Neumann, P.J., D.E. Zinner, and J.C. Wright (1997). Are Methods for Estimat-
ing QALYs in Cost-Effectiveness Analyses Improving? Medical Decision
Making 17: 402–08.

Office of Technology Assessment (1994). Identifying Health Technologies that
Work: Searching for Evidence. Washington, DC.

OHE-IFPMA Database Ltd. (1998). The Health Economic Evaluations Database.
Company brochure.

Regence Washington Health Pharmacy Service (1997). Guidelines for Submission
of Clinical and Economic Data Supporting Formulary Considerations, Version 1.2
(September). Regence Washington Health, University of Washington, Se-
attle, WA.

Sloan, F.A., K. Whetten-Goldstein, and A. Wilson (1997). Hospital Pharmacy
Decisions, Cost-Containment, and the Use of Cost-Effectiveness Analy-
sis. Social Science and Medicine 45, 4: 525–33.

Steiner, C., et al. (1996a). The Review Process Used by Health Care Plans to
Evaluate New Medical Technology for Coverage. J Gen Internal Medicine 11:
294–302.

Steiner, C., et al. (1996b). Coverage Decisions for Medical Technology: Rela-
tionship to Organizational and Physician Payment Characteristics. Ameri-
can Journal of Managed Care 2: 1321–331.

Udvarhelyi, I.S., G.A. Colditz, A. Rai, et al. (1992). Cost-Effectiveness and
Cost-Benefit Analyses in the Medical Literature. Ann Intern Med 116, 3:
238–44.

United States Congress (1997). Prescription Drug User Fee Act (US House Bill
1141 and US Senate Bill 830). Washington, DC.

Zellmer, W. (1995). Comments of the American Society of Health-System
Pharmacists. Presentation at the Food and Drug Administration Hearing,
Pharmaceutical Marketing and Information Exchange in Managed Care Environ-
ments, Silver Spring, MD (October 19).


	Cost-effectiveness analysis in health and medicine
	Uses of cost-effectiveness analysis
	Barriers to using cost- effectiveness analysis
	Many decision-makers feel ill-equipped to evaluate the information
	Decision-makers remain skeptical of the information because they fear bias on the part of the stu...
	Decision-makers emphasize the need for more timely information
	Decision-makers want targeted information that is more relevant to their own decisions
	Cost-effectiveness remains a secondary consideration after clinical factors

	Regulatory barriers
	The road ahead
	References

