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Are Pharmaceuticals
Cost-FEffective? A Review
Of The Evidence

Do drug treatments give value for the money? Careful analysis
can yield useful information, this study finds.

by Peter . Neumann, Eileen A. Sandberg, Chaim M. Bell,
Patricia W. Stone, and Richard H. Chapman

PROLOGUE: A study of prescription drugs’ cost-effectiveness
might seem like an arcane research subject, but in fact it lies at
the heart of the current debate over the growing use (and
rising cost) of prescription drugs. Advocates argue that drugs
offer value for the money, substituting for more costly and
invasive treatments and hospitalizations. This study offers a
cogent framework in which to determine prescription drugs’
value in making treatment decisions. It is based on cost-utility
analysis, which measures benefit in terms of quality-adjusted
life years gained by drug therapies. Although, as the authors
note, the approach has some limitations, such a measure
enables comparisons across diverse conditions and allows the
measure of benefit to take into account the value different
people place on their treatment options.
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ABSTRACT: The argument that prescription drugs are cost-effective has been
made both by the pharmaceutical industry to support rising drug prices and
expenditures, and by advocates of expanded drug coverage for elderly and
low-income persons. A new database of 228 published cost-utility analyses
sheds light on the issue. According to published data, some drugs do save
money or are cost-effective, but the issue depends critically on the context in
which the drug is used and the intervention with which it is compared. Cost-
utility analyses funded by the drug industry tend to report more favorable
results than do those funded by nonindustry sources. Cost-effectiveness analy-
sis can help policymakers to determine whether drugs and other interventions
offer value for money.

HE NOTION THAT PHARMACEUTICALS are cost-effective
plays an important role in the debate over a Medicare pre-
scription drug benefit and the larger national discourse over
appropriate coverage and reimbursement policies for prescription
drugs. Representatives of the pharmaceutical industry have made
the cost-effectiveness argument for years, maintaining that drugs
provide good value—even saving money in the long run in many
cases by averting other costly health care services—and thus war-
rant their prices.' Indeed, industry officials have argued that drug s—————
expenditures have risen faster than other types of health spendingin  pRuG cosTs 93
recent years precisely because pharmaceuticals are cost-effective
(and therefore their use has been encouraged more heavily by cost-
conscious managed care plans).’

But arguments like the cost-effectiveness one have gained cur-
rency in other quarters as well. For example, the New York Times
recently cited a Clinton administration internal document stating
that for every dollar spent on drugs there would be $3.50 in savings
on hospital spending, a claim repeated elsewhere by analysts in the
popular press.’ In addition, analysts arguing for expanded drug cov-
erage for low-income Medicare beneficiaries have used a cost-effec-
tiveness rationale, pointing to research showing that limits on the
number of prescriptions that chronically ill elderly persons could fill
actually increased total health costs.*

This paper considers the evidence on the cost-effectiveness of
pharmaceuticals and its implications for a Medicare drug benefit.
We start by defining terms used in economic evaluations. Next, we
review the data, using a new database of cost-effectiveness analyses
developed by researchers at the Harvard School of Public Health. In
the final section we discuss policy implications.

M Data and methods. The field of economic evaluation of health
and medical interventions (including pharmaceuticals) has ex-
panded rapidly in recent years.” While the evaluations have taken on
anumber of forms, cost-effectiveness analysis (CEA) has emerged as
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the recommended analytic technique for the field.® The appeal of
CEA is that it provides a convenient means of quantifying both
economic and health benefits in a single ratio and—if the numera-
tors and denominators of cost-effectiveness ratios are reported in
standard terms and obtained using comparable methods—can in-
form decisions about how to allocate health resources efficiently.

Standards for the field have been reported in recent years by the
U.S. Public Health Service Panel on Cost-Effectiveness in Health
and Medicine.” Notably, the panel recommended use of a “reference
case,” or standard set of methodologic practices that an analyst
would seek to follow in a CEA if results from different studies are to
be compared. The panel recommended that reference case analyses
use “cost-utility analysis,” in which cost-effectiveness ratios are pre-
sented in terms of costs per quality-adjusted life year (QALY)
gained.® QALYs are recommended because they capture gains from
both prolongation and quality of life in a single health outcome, and
because they incorporate the value people place on different out-
comes.” Although only a subset of economic evaluations use this
methodology, cost-utility analysis is arguably the best approach for
making comparisons across diverse conditions.

To understand the evolution and current state of cost-utility
analysis, and to help readers make sound comparisons across stud-
ies, we recently developed a database of published cost-utility
analyses. A detailed description of our methods is provided else-
where." Briefly, the database was constructed through an extensive
search for original cost-utility analyses using publication databases
such as MEDLINE, HealthSTAR, CancerLit, and others for the years
1975-1997. These databases were searched for medical subject head-
ings (MeSH) or text keywords “quality-adjusted,” “QALY,” and
“cost-utility analysis.” In addition, we screened the titles of more
than 6,000 articles in two extensive bibliographies of the field."

Each article was scrutinized with the aid of a standard data audit-
ing form to determine its transparency, completeness, and quality.
For each study, detailed descriptive data were abstracted on the
intervention under investigation; the methods used to estimate
costs, effects, and preference weights; and the degree to which the
article met recommended protocols for reporting and discussing
findings. We also recorded a subjective overall quality score for each
article on a Likert-type scale from 1 (low) to 7 (high). In total,
information on sixty-nine items was collected for each study.

The auditing process for each article consisted of a systematic
inspection by two trained readers using the data auditing form. The
readers independently read and audited each article and then con-
vened for a consensus audit to resolve discrepancies. The final data-
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base contains 228 studies and more than 700 cost-utility ratios (the
number of ratios exceeds the number of studies, because some arti-
cles contained more than one usable comparison).” All of the ratios
were standardized to 1998 dollars.

In this paper we analyze only the articles in our database that
focus on drug therapies. In particular, we examine the cost-effec-
tiveness of drug compared with nondrug interventions. We also
investigate a subset of drugs pertinent to the Medicare population.
Finally, we analyze the impact of a study’s funding source on the
results of the analysis, because industry sponsorship has been impli-
cated by some observers as an important influence on results in
cost-effectiveness research.”

Study Results

The number of cost-utility analyses of drug and nondrug interven-

tions has increased steadily over time. During the 1970s and 1980s

only a few studies were being published each year. By 1997 the

number had risen to thirty-three nondrug and seventeen drug inter-

ventions published. The studies have covered a range of interven-

tions, with drugs, surgical procedures, and various diagnostic proce- mmm—
dures as the top three categories (Exhibit 1). The studies also have  prue cosTs 95
covered a wide range of conditions, with particular emphasis on the

circulatory system, cancer, and infectious diseases. Pharmaceuticals

were the subject of a large percentage of cost-utility analyses in the

areas of mental disorders, neoplasms, and the genitourinary system.

Funding for studies came primarﬂy from government organizations,

foundations, and drug companies. In more than one-third of the

studies, the funding source was not disclosed. Studies on drugs

were funded mostly by drug companies.

The median cost-effectiveness ratios for the interventions have
varied considerably (Exhibit 2). The median ratio for pharmaceuti-
cal interventions is $11,000, which places it fourth in our categoriza-
tion of intervention types, after immunizations, care delivery, and
surgical interventions."

Exhibit 3 shows a list of cost-utility ratios for selected drug thera-
pies of potential relevance to the Medicare population. The results
vary widely across strategies from cost savings (for example, treat-
ment with acyclovir versus no treatment in patients with herpes
zoster virus infection) to positive but relatively low (favorable)
cost-effectiveness ratios (for example, captopril therapy versus no
treatment in eighty-year-old patients surviving myocardial in-
farction with a ratio of $4,300 per QALY) to relatively high (unfa-
vorable) cost-effectiveness ratios (for example, antiemetic therapy
with ondansetron versus antiemetic therapy with metoclopramide
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EXHIBIT 1

Cost-Utility Analyses Of Pharmaceuticals Published, 1976-1997

Type of intervention Number Percent

Pharmaceutical 73 32.0%

Surgical 41 18.0

Diagnostic 26 11.4

Screening 24 10.5

Medical procedure 16 7.0

Care delivery 13 5.7

Health education 12 5.3

Immunization 9 3.9

Medical device 6 2.6

Other 2 0.9

Drug as percent

Study characteristics Total Nondrug Drug of total

All studies 228 157 71 31.1%

Country of study
United States 141 101 40 28.4
Other 87 56 31 35.6

Condition
Circulatory system 55 39 16 29.1
Neoplasm 39 19 20 51.3
Infectious and parasitic 36 25 11 30.6
Genitourinary system 14 8 6 42.9
Digestive system 12 9 3 25.0
Musculoskeletal system 9 7 2 22.2
Endocrine, nutritional, and metabolic 10 10 0 0.0
Nervous system and sense organs 11 10 1 9.1
Mental disorders 11 5 6 54.5

Source of study funding®
Government 107 83 24 22.4
Foundation 42 28 14 333
Pharmaceutical company 27 4 23 85.2
Medical device company 5 5 0 0.0
Health care organization 5 4 1 20.0
Other 3 3 0 0.0
Not disclosed 78 54 24 30.8

SOURCE: Authors’ analysis.
@ Sponsorship as stated in article. Some studies had more than one sponsor.

in certain patients receiving cisplatin chemotherapy, with a ratio of
$460,000 per QALY)."” The median ratio for all drugs in our database
that are currently paid for by Medicare (that is, drugs administered
on an inpatient basis) is $17,500 per QALY.

Exhibit 4 presents the cost-effectiveness ratios stratified by type
of funding source. Studies funded by industry (including both the
pharmaceutical and device industries) have lower (that is, better)
median cost-effectiveness ratios ($6,000), compared with those
having nonindustry sponsorship ($13,000) (Exhibit 4).° More in-
dustry-sponsored studies show cost savings (21 percent) compared
with non-industry-sponsored studies (9 percent), and fewer pre-
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EXHIBIT 2

Median Cost-Effectiveness Ratios, By Type Of Intervention

Intervention type Number of ratios Median cost-effectiveness?
Immunization 38 $2,000

Care delivery” 36 6,000

Surgical 128 10,000

Pharmaceutical 251 11,000

Screening 72 12,000

Other public health® 8 15,000

Health education/counseling 28 20,000

Diagnostic 83 20,000

Device 22 40,000

Various 3 68,000

Medical procedured 42 140,000

All interventions 647 12,000

SOURCE: Authors’ analysis.
NOTE: Excludes dominated interventions. The number of ratios exceeds the number of studies because some studies report
more than one ratio.
@ Dollars per quality-adjusted life year (QALY) saved, in 1998 dollars.
b Includes interventions defined by setting of care (for example, intensive care unit versus standard ward treatment).
% Includes interventions not classified elsewhere (examples include fortification of cereal grain product with folic acid versus no
program and the use of driver airbags versus no airbags in automobiles).
9 Includes nondiagnostic, nonscreening, nonsurgical procedures (such as blood transfusions).
I 00000
sent “dominated” interventions (that is, interventions that are more pRuUG COSTS 97
costly and less effective than the comparator). Studies sponsored by
pharmaceutical companies alone had the lowest median cost-
effectiveness ratios ($5,000), followed by those in which the fund-
ing source was not disclosed ($10,000), and sponsorship by govern-

ment ($16,000) and foundations ($31,000).
Policy Implications

The data presented here underscore several important points about
the cost-effectiveness of pharmaceuticals. First, unlike many unsup-
ported assertions made over the years about the “cost-effectiveness”
of drugs or other medical practices, these studies quantify costs and
health effects using data and a standard, well-accepted methodo-
logical technique.” Second, according to the peer-reviewed litera-
ture, many drugs are indeed cost-effective. Examples in our database
of cost-utility analyses include warfarin therapy to prevent stroke in
those with atrial fibrillation, immunosuppressive drugs for those
with kidney transplants, and treatment with mood-altering drugs
for those suffering from depression.” These interventions provide
good value in the sense that they produce health benefits for rela-
tively little cost or may actually save money for the health care
system. Note that there is no accepted standard for what constitutes
“good value,” although the range from $50,000 to $100,000 per QALY
has often been used as a rough benchmark for the United States.”

|
HEALTH AFFAIRS - March/April 2000




Drue CosTs
I

EXHIBIT 3
Selected Cost-Effectiveness Ratios For Pharmaceuticals, With A Focus On The
Medicare Population

Reference Intervention vs. base case in target population Dollars per QALY gained®

Sarasin and Eckman (1993) Long-term anticoagulant therapy versus observation in
lung cancer patients with acute deep venous thrombosis Cost-saving

Paul et al. (1995) Treatment with acyclovir (Zovirax) versus no treatment in

patients with herpes zoster virus infection Cost-saving
Tsevat et al. (1995) Captopril therapy versus no captopril in 80-year-old

patients surviving myocardial infarction $4,000
Trallori et al. (1997) Treatment with mesalazine versus no treatment to

maintain remission in Crohn’s disease $6,000
Geelhoed et al. (1994) Estrogen therapy from age 50, lifetime versus no

treatment with hormone replacement therapy in

healthy caucasian women age 50 $12,000
Rose et al. (1990) One-year course of isoniazid (INH) chemoprophylaxis

versus no INH chemoprophylaxis in 55-year-old white

male tuberculin reactores with no other risk factors $18,000
Bennett et al. (1996) Flutamide plus orchiectomy versus orchiectomy alone

in 70-year-old men with newly diagnosed, untreated
minimal metastatic prostate carcinoma with good
performance status $21,000

Jonsson et al. (1996) Treatment to reduce the incidence of osteoporotic hip
fracture versus no treatment in 62-year-old woman
with established osteoporosis $34,000

Oster et al. (1994) Ticlopidine versus aspirin in 65-year-old with high risk
of stroke $48,000

Desch et al. (1993) Chemotherapy versus no chemotherapy in 75-year-old
with breast cancer $58,000

Edelson et al. (1990) Captopril versus propranolol in persons in the U.S.
population ages 35-64 without the diagnosis of
coronary heart disease but with essential hypertension $150,000

Zbrozek et al. (1994) Antiemetic therapy with ondansetron versus antiemetic
therapy with metoclopramide in 70-kg patient receiving
cisplatin chemotherapy who had not been previously
exposed to antineoplastic agents $460,000

SOURCE: For a complete bibliography, contact the authors at Harvard School of Public Health, 718 Huntington Avenue, Second
Floor, Boston, Massachusetts 02115.
8 QALY is quality-adjusted life year; 1998 dollars.

Third, cost-effectiveness does not mean cost savings. These terms have
often been confused. But as Peter Doubilet and colleagues have
noted, restricting the term cost-¢ffective to mean cost-saving interven-
tions (where equal or better health outcomes are implied) would
exclude many widely accepted interventions, which do not save
money but are “cost-effective” in the sense that their additional
benefits are worth their additional cost.” A more appropriate use of
the term cost-¢ffective would include situations in which one strategy
is less costly than and at least as effective as another but also some
that are more costly and more effective, as long as society is willing
to pay for the QALYs gained or other health outcomes produced.”

A related point is that a critical aspect of any drug’s cost-
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EXHIBIT 4
Cost-Effectiveness Ratios, By Type Of Funding Source
Number Percent Percent
of studies Median ICER? cost saving dominated
Sponsor of study
All studies 647 $12,000 11% 10%
Industry sponson’edID 77 6,000 21 6
Nonindustry sponsored 570 13,000° od 10
Type of sponsor
Pharmaceutical company 70 5,000 23 4
Government 353 16,000 7 12
Foundation 158 31,000 4 13
Device company 7 36,000 0 29
Health care organization® 27 56,000 7 7
Not disclosed 204 10,000 12 9

SOURCE: Authors’ analysis.

@ |CER is incremental cost-effectiveness ratio; (n = 583) excludes dominated interventions.
b Includes medical device company-sponsored articles.

¢ p =.003, Mann-Whitney two-sample statistic for difference between medians.

d p =.002, chi-square statistic.

€ Includes hospitals, managed care plans, and other health care organizations.

effectiveness involves the manner in which the question is framed. A
drug is not intrinsically cost-effective or cost-ineffective. It is only
meaningful to say that a drug is cost-effective compared with some- ~T—————
thing else. Similarly, claims of cost-effectiveness often depend on DRUG COSTS 99
the population under investigation. For example, statin drugs used
to lower blood cholesterol levels have been found to be relatively
cost-effective as secondary prevention in persons with existing heart
disease but much less cost-effective as primary prevention.”

For similar reasons, one would not expect a Medicare drug bene-
fit to save money, despite the fact that individual drugs may produce
savings in certain situations and despite the fact that restrictive
policies (for example, reimbursement caps) have been found to in-
crease net health costs in certain cases.” Adding a drug benefit for
elderly Americans without coverage will result in expanded use of
cost-increasing drugs, including expensive breakthrough prod-
ucts.” Some of these drugs will be “cost-effective” in the sense that
their health benefits will be worth their additional costs, but some
will likely be used in situations where they greatly increase costs at
little or no additional health benefit.”

Note that many Medicare recipients already receive many out-
patient drugs, which are paid for by private supplemental insurance
or out of pocket.” From a societal perspective, the relevant incre-
mental analysis concerns the prescriptions induced by the policy. If
the most cost-effective drug indications are already being practiced,
at the margin Medicare drug-coverage expansion would be less
cost-effective.”

M Influence of industry funding. The vast majority of the stud-
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ies we reviewed were funded by drug companies (although only
about one-tenth of all studies in the database were funded by indus-
try). The influence of such funding has been a heated topic in recent
years, as the number of industry-sponsored studies in our database
has risen (from no studies in 1976 to seventeen in 1997). The drug
industry has argued that the studies respond to managed care plans’
growing demand for demonstrated value for money.” But some have
charged that industry-funded economic analyses reflect the hidden
biases of their sponsors.”

The New England Journal of Medicine has imposed strict guidelines for
publishing effectiveness analyses, including a ban on industry-
funded research in which authors receive a direct salary, have an
equity interest in the company, or are members of an ongoing con-
sultancy or board.” Other journals have required full disclosure of
funding sources, called for authorial independence, improved the
peer-review process, and published guidelines for the content of
economic studies.”

How much influence does industry sponsorship actually have?
Exhibit 4 indicates that cost-utility analyses funded by industry
have somewhat better results than non-industry-sponsored re-
search.” One explanation is that this reflects a “publication bias,”
which may exist on several levels: Sponsors may only fund studies
on products likely to show cost-effectiveness (or may restrict inves-
tigators from publishing “negative” results); investigators may sub-
mit only those analyses with favorable results for publication; or
editors may selectively publish “positive” studies.” Another is that
funders may influence the assumptions made in a particular analy-
sis, which can in turn influence results.” Yet another is that the high
cost of drug development leads industry to selectively bring to mar-
ket drugs that provide good value.

It is difficult to gauge the magnitude of these potential biases in
our data. Publication bias is a well-documented problem in the
medical literature, where researchers have demonstrated that jour-
nals are more likely to publish analyses with interesting or conten-
tious findings and less likely to publish negative or unfavorable
results.” In terms of industry involvement, the medical field—like
all areas of science—may be influenced in a variety of ways.” Re-
searchers have found, for example, that industry-sponsored drug
trials rarely report either that the drug under investigation is infe-
rior to its comparator and that there is a strong relationship be-
tween expert authors’ published positions on the safety of some
drugs and their financial relationships with pharmaceutical manu-
facturers.”” With respect to CEAs, there may be some specific con-
cerns, including the fact that input data used in analyses (for exam-
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ple, from clinical trials) may themselves be biased, and the fact that
CEAs rely heavily on assumptions, which might be manipulated by
analysts. Notably, another recent analysis of the same topic using
different data and different methods came to the same conclusion:
that drug company-sponsored studies were less likely than non-
profit-sponsored studies were to report unfavorable results.™

Government and nonprofit sponsors may, of course, have their
own biases and may exert external influence. One of the notable
findings in Exhibit 4 is that regardless of funding source, few inves-
tigators report very high (poor) cost-effectiveness ratios.” Further-
more, there is no evidence that the quality of analyses funded by
industry differs from those funded by other sources. Exhibit 5 shows
that industry-funded studies are no different than non-industry-
funded studies in their adherence to certain recommended study
protocols. In terms of the overall subjective quality score we as-
signed to each article, industry-funded studies actually fared
slightly better than those funded by nonindustry sources, although
the difference was not statistically significant. Investigators in in-
dustry-sponsored studies also were much more likely to disclose
their source of funding (which could simply reflect journals’ disclo- — r——————
sure requirements regarding industry-funded studies).” It is impor-  pRua cosTs 101
tant to stress that we did not test the quality of the actual clinical
and economic assumptions made in analyses, only whether recom-
mended protocols were followed.

A final point concerns the curious finding that few managed care
plans or other payers fund CEAs themselves, despite the fact that
one would expect them to be the primary beneficiaries of such
analyses. Moreover, payers have expressed skepticism about CEAs,
precisely because they are sponsored by the drug industry.” There
are several possible explanations, including the fact that plans may
believe that CEAs are not relevant to their own narrower “perspec-
tives” and that from the plans’ viewpoint using CEAs explicitly to

|
EXHIBIT 5
Quality Of Pharmaceutical Intervention Studies, By Funding Source
Sponsor not
Industry Nonindustry disclosed Industry vs. Disclosed vs.
n=32) (n=118) (n=178) nonindustry not disclosed
Adequate description of alternatives 75.0% 73.0% 87.0% 0.30 0.26
Study perspective clearly stated 53.1 53.3 48.7 0.98 0.51
Discounted both costs and QALYs if needed 75.0 79.0 65.0 0.65 0.04
Incremental analyses performed correctly 50.0 47.0 44.0 0.73 0.59
Quality as judged by readers
(scale of 1to 7 with 7 being best) 4.38 4.19 3.88 0.49 0.06

SOURCE: Authors’ analysis.
NOTE: QALY is quality-adjusted life year.
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withhold an intervention risks negative publicity and even litiga-
tion.” A third reason involves the public-good nature of the re-
search; that is, no single plan has the incentive to sponsor research,
because it is difficult to keep the information proprietary and to
capture the full return on the investment.”

H Limitations and strengths of cost-utility analyses. In inter-
preting our data, we emphasize that cost-utility analyses represent
only a subset of all economic evaluations. In one large international
database of economic evaluations, for example, only about 8 percent
are cost-utility analyses.* In contrast, many more take the form of
cost-consequence studies, or CEAs that measure health effects in
terms other than QALYs.” Many of these analyses also have found
that pharmaceuticals can be cost-effective or cost-saving interven-
tions, including drugs to treat stroke, migraine, and schizophrenia.*

Moreover, the use of QALYs has been criticized on both theoreti-
cal and practical grounds, as has the use of cost-utility analysis for
purposes of societal resource allocation decisions.”” Representatives
of managed care plans have sometimes criticized QALYs as being
not easily understandable and cost-utility analysis for its focus on
long-run societal consequences instead of narrower budgetary im-
pacts. Other approaches, such as assessing a drug’s cost impact for a
patient population within a given health system, or simply compar-
ing costs and clinical effects of competing products but not aggre-
gating the information into a single metric, can also provide useful
information, depending on the setting and purpose.*

Despite these drawbacks, cost-utility analysis has the distinct
advantage of incorporating a set of methodological standards and
permitting meaningful comparisons across diverse interventions.
Unlike other approaches, it conveys information about the relative
health benefits produced per dollar spent for different interventions
using similar terminology. Although debate continues over meas-
urement and conceptual issues, consensus has emerged over the
basic methodology, and the technique has been recommended by
leaders in the field in the United States and abroad.*

M Lessons for Medicare. In adding a prescription drug benefit,
Medicare would inevitably confront questions of cost-effectiveness
and affordability. Like other payers, Medicare will need to decide—
either explicitly or implicitly—whether the health outcomes associ-
ated with new drugs are worth their costs, as well as what price to
pay for the benefits conferred. Medicare can learn from experiences
of the growing number of payers that have developed policies to
address the issue, and from its own clouded history with CEA.

For years Canada and Australia have maintained permanent
pharmacoeconomic advisory boards to provide input to national
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authorities on drug coverage and pricing decisions.” A number of
other countries, including the United Kingdom, the Netherlands,
and Finland, have commenced or are actively considering such
steps.” Government officials in these countries have argued that
explicit consideration of the cost-effectiveness of new drugs has
helped to better target subsidies, identify key uncertainties underly-
ing analyses, and raise the standard for the field of economic evalu-
ation.” On the other hand, industry has opposed the policies as
burdensome and harmful to innovation.”

Attempts by U.S. public payers to use CEA in an explicit fashion
have met with resistance. When the Health Care Financing Admini-
stration (HCFA) tried to add a formal cost-effectiveness criterion to
its coverage process for new medical technologies, it encountered
strong opposition from industry and consumer groups and ulti-
mately abandoned the effort.” Similarly, the Oregon Medicaid pro-
gram’s attempt to use a cost-effectiveness-like paradigm to priori-
tize the services it would cover met similar resistance: The
cost-effectiveness part of the plan was essentially dropped, and the
approach has not been emulated by other states.”

Cost-effectiveness information has at times played an important —se——
role in certain Medicare coverage decisions, particularly in preven- pRrue cosTs 103
tive services such as colorectal cancer screening, osteoporosis
screening, and immunization against influenza and pneumococcal
disease.” However, experience in the United States shows that
broad use of a cost-effectiveness criterion by a public payer is prob-
ably politically infeasible (and the Clinton administration’s Medi-
care drug proposal does not include such a criterion).

Still, Medicare might consider several options. One is for HCFA
to use CEA explicitly only in the context of prevention rather than
treatment, thus avoiding the politically unpalatable position of
withholding therapies on economic grounds to those already ill. A
second involves using CEA to guide pricing and reimbursement
decisions, rather than coverage decisions per se. A third involves
disseminating the information to managed care plans and to the
private-sector pharmacy benefit managers who would oversee the
drug program and negotiate discounts under the Clinton proposal.
Several U.S. managed care plans have already adopted or are consid-
ering formal pharmacoeconomic guidelines to help guide coverage
and payment policies.” A fourth option involves more government
funding of CEA, which could be conducted or funded by the Na-
tional Institutes of Health, the Centers for Disease Control and
Prevention, the Agency for Healthcare Research and Quality, and
the Department of Veterans Affairs, as well as by HCFA itself. Fi-
nally, Medicare might convene an advisory group to learn from the
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experience of other payers and chart a course for the future.

B Enhancing CEAs’ usefulness. For CEAs to be useful to poli-
cymakers, they should be framed as specifically as possible. Ideally,
the comparison strategy should be a clinically plausible manage-
ment option. The target population should include relevant candi-
dates for treatment. Unfortunately, not all studies are clear about
these issues, and in some cases, inappropriate reference groups are
used.” In other cases, the comparator used in an analysis has become
obsolete. One study in our database, for example, reported that a
drug to help dissolve gallstones was cost-effective compared with
an operation to remove the gallbladder.” However, the appropriate
comparator today is laparoscopic surgery, which has much less mor-
bidity than previous forms of surgery had and thus may alter the
results of the analysis.

There also is a need for better studies. Numerous studies have
shown that methods used to estimate cost-effectiveness can differ
widely and that many are of poor quality, making comparisons
among them difficult.® More consistency and transparency in meth-
ods and reporting would help. There also is a need for studies to be
updated over time.

Finally, more independence of investigators is needed. Regardless
of the funding source, investigators should retain independence on
design, interpretation, and publication. In addition, manuscripts
should disclose funding sources, and models and assumptions
should be as straightforward and transparent as possible.

GREAT DEAL OF INFORMATION about the cost-effective-
ness of various pharmaceutical therapies has become avail-
able to policymakers in recent years. Our new database of
cost-utility analyses underscores the mixed results: Some drugs re-
duce net health costs, while others increase them, but the issue
depends critically on the context in which the drug is used and the
intervention to which it is being compared. Comparisons across
studies must be made with caution, because the methods used to
construct cost-effectiveness ratios may vary. Also, CEAs funded by
the drug industry tend to report more favorable results than those
funded by nonindustry sources, which may reflect a selectivity with
regard to which studies receive funding and are published.
Individual CEAs cannot be used to make estimates about the
overall costs of adding a prescription drug benefit to the Medicare
program, because the studies are always selective and provide only a
snapshot of the field. However, the information can shed light on the
likely impacts of such a policy. A Medicare drug benefit will add to
overall health spending, because it will result in expanded use of
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drugs that increase net health costs.

In adding a drug benefit, Medicare will inevitably face issues of
cost-effectiveness. CEAs can help policymakers to determine which
drugs offer value for money and in which contexts. But to improve
the state of the field, there is a need for more precise use of terms,
and for better and more transparent analyses.
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