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Comparative effectiveness: What’s it all about? 
By Charles M. Turkelson, PhD

Comparative effectiveness is not a
new idea; it is simply comparing
two (or more) treatments to deter-
mine which is most effective. In
terms of a controlled clinical study,
this simply means comparing a
treatment of interest to another
treatment, instead of to a placebo. 

Comparative effectiveness can
be determined by asking several
kinds of questions. Some questions
compare similar treatments
(competing drugs), while others
focus on different treatment
approaches (surgery versus drug
therapy). Comparative effective-
ness research might also ask which
types of patients may benefit most
from a particular therapy.

Although some questions may
address costs and attempt to frame
answers in terms of cost minimiza-
tion, a better way is to balance the
dollar costs of a treatment with its
benefits, also expressed in mone-
tary terms. These cost utility
analyses are preferred by method-
ologists. In terms of comparative
effectiveness research, cost utility
analyses compare the ratio of
dollar costs of a treatment and
some quantified measure of benefit
(such as quality-adjusted life years)
for two or more treatments. 

Comparative effectiveness can
be determined using one or more
research designs, such as random-
ized controlled trials (RCTs),
studies of claims records, or
medical registries. Different
comparative research methods are
summarized in Table 1.

Comparative 
effectiveness reviews
Comparative effectiveness determi-
nations can also be made using
systematic reviews. Such reviews
are called comparative effective-
ness reviews and address clearly
formulated questions, using
explicit, systematic methods to
identify, select, and critically
appraise relevant research, and to
collect and analyze data from the
studies included in the review.
Statistical methods (meta-analysis)
may or may not be used. 

The goals of a systematic review
are to combat bias, and to assure
readers (through extensive docu-
mentation) that the review’s
conclusions are indeed unbiased.
Ideally, any reasonable person

should be able to apply the same
processes and methods used in a
given systematic review and arrive
at the same conclusions as the
review. 

Legislative efforts
In recent years, several legislative
efforts aimed at comparative effec-
tiveness research legislation have
been introduced. Perhaps the best
known is HR 1, most commonly
referred to as the stimulus bill. 

Signed into law on Feb. 17,
2009, this bill provides a total of
$1.1 billion for the Agency for
Healthcare Research and Quality
(AHRQ), the National Institutes of
Health, and the Department of

Health and Human Services to
fund clinical comparative effective-
ness research. It also mandates the
creation of the Institute of
Medicine’s Committee on
Comparative Effectiveness
Research Priorities and the Federal
Coordinating Council on
Comparative Effectiveness
Research (FCCCER).

Other measures under consider-
ation would require the insurance
industry to share in the funding of
comparative effectiveness research
and expand the role of FCCCER.
Most of these bills include
language on comparative effective-
ness research on devices and
procedures, making comparative

effectiveness research on
orthopaedic topics likely. The rela-
tively high cost and frequency of
some orthopaedic procedures may
also prompt comparative effective-
ness research and reviews.

AHRQ will probably play a
major role in future comparative
effectiveness efforts. It is leading
efforts to develop and improve
methods for comparative effective-
ness research, significant because
most proposed legislation would
consider observational (nonran-
domized controlled trials) studies
as valid for evaluating comparative

Table 1 Advantages and disadvantages of methods 
for comparative effectiveness research

Research Method Advantages Disadvantages

Randomized controlled trials Yield more definitive results Expensive (costs can exceed $100 million)
than any other method Takes a long time to conduct

Typically studies efficacy rather than 
effectiveness

Narrowly defined patient population, so
results may not be generalizable

Objectivity of industry-sponsored RCTs 
is questionable

Systematic reviews Relatively inexpensive Current information may be too sparse 
Can reconcile apparently Available studies may be of insufficient quality 

discrepant findings of RCTs Available studies may be too different to 
compare or reconcile

Studies of treatments often exclude patients 
(those with other health problems, the 
elderly) that may be of interest

Claims analysis Relatively inexpensive Because patient’s health status often 
determines treatment, results may be 
misleading. 

Maintaining privacy of medical records could 
pose a barrier to research

Data not detailed enough to permit some 
investigations

Long-term studies sometimes difficult to 
conduct because patients move from one 
health plan to another

Medical registries Usually collect a broader range Potentially expensive
of outcomes than claims databases Recruiting patients and physicians may 

be difficult. 
Maintaining long-term patient follow-up 

can be difficult.
Registries focused on a specific treatment 

may be biased.
Difficult to determine which data elements 

to collect. 

Modeling Once developed, a model can be Can reduce the time required to determine 
used to predict the effects of a treatment effectiveness 
treatment at relatively low cost. Models that simulate real-world medical 

care may be too complex to be transparent.
Will likely require large amounts of data

Just being developed; cannot be used 
in the near future

Information for this table taken from a report of the Congressional Budget Office and from information formerly posted on the Academy Health Web site
(http://www.academyhealth.org/).
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