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Phrases such as “evidence-based decision mak-
ing” and “technology assessment” are increas-
ingly becoming the language of choice among

healthcare decision-makers and practitioners alike.
Although the jargon has permeated the profession
quite readily, implementation tends to be slower and
often meets skeptical resistance.1 A typical example
of this phenomena is the recent developments in the
arena of evaluation and prescribing guidelines for
prescription pharmaceuticals. Accordingly, pharma-
ceutical manufacturers are required to submit
detailed studies profiling various aspects of their new
drugs to drug insurance plans for them to evaluate
before granting reimbursement eligibility status.
This approach, based on assessing new pharmaceu-
tical innovations with particular emphasis on their
cost effectiveness, has recently been implemented in
several countries, especially those with publicly
funded healthcare systems.2 Australia and Canada
were among the first countries worldwide that began
to require drug firms to submit cost-effectiveness
data for all new drugs.3,4 More and more countries
are considering similar initiatives and this trend
appears to be spreading to the nonpublicly funded
sector such as health management plans as evi-
denced by the Mather et al paper published in this
issue of the journal.5-8

Formulary Approvals: Ideal Criteria
The ideal informational requirements for imple-

menting an evidence-based decision-making process
for formulary approvals should include clinical data
on therapeutic use, demonstrated efficacy and safe-

ty data from randomized clinical trials, and finally
cost-effectiveness information. The requirement for
cost-effectiveness data often alternatively referred to
as “pharmacoeconomic” or as “economic” evalua-
tions is new to the traditional model of drug evalua-
tions. The objective of using economic evaluations to
facilitate formulary decision making is based on the
economic principle of optimal resource allocation,
which relies on “cost benefit” or “cost effectiveness”
analyses as its decision making criterion. The ulti-
mate objective of such a process is to maximize the
health benefits accruing to beneficiaries of a drug
plan given its operating budget. It is important to
note the distinction between adopting such an opti-
mizing framework as opposed to strategies that aim
to merely contain costs. To achieve such a mandate
of “benefit maximization,” cost-effectiveness data on
each new drug seeking drug plan coverage has to be
evaluated and an implicit rank ordering of the most
cost-efficient to the least cost-efficient drugs seeking
formulary approval needs to be created. Once this
ranking is available, the plan should spend its budget
by going down the list until all funds are exhausted.
No other allocation of drug plan resources based on
other criteria will maximize total health benefits.9

Formulary Approvals: Reality
Mather et al report on their experience with the

use of guidelines outlining the information submis-
sion requirements for drug manufacturers to facili-
tate formulary inclusion decisions in the State of
Washington. The intent of the original guidelines
established in 1994 by Regence BlueShield was to
introduce and incorporate evidence-based decision
making as a process for both review of the existing and
for making additions to the health plan formulary. The
early experience with these guidelines was disap-
pointing because the appropriate data on clinical,
economic, and socioeconomic variables was not forth-
coming from drug manufacturers. Consequently, to
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improve compliance with the informational needs
imposed by the new decision-making process,
Regence BlueShield implemented revised guidelines
necessitating the submission of a detailed dossier
that provided projections of the overall (ie, cost,
quality-of-life, etc.) impact of the approval decision
on the health plan. Concurrently, a process for crit-
ical review and evaluation of all industry submitted
dossiers was established.

Among the perceived shortcomings of the initial
process established by Regence was the lack of avail-
able evidence-based assessments of new drugs seek-
ing formulary approval. Mather et al correctly note
that this problem was exacerbated as the US Food
and Drug Administration (FDA) continued to short-
en approval times for “life-saving” drugs. In reality,
shortening approval times involves a trade-off. While
it may be imperative for the FDA to streamline and
shorten its approval process, the more it does so
while continuing to ignore the distinction between
“efficacy” and “effectiveness”—as well downplaying
the role of cost-effectiveness data—the less likely it
is that drug manufacturers will produce this infor-
mation. Further, it is a misnomer to accept that the
time needed to produce the appropriate cost and
quality-of-life data would necessarily delay the drug
approval process. This would hardly be the case if
prospective pharmacoeconomic studies were initiat-
ed concurrently with the Phase III clinical trials of
new drugs.

Canada initially entertained several alternatives
with a view towards establishing the appropriate
infrastructure/institutions where pharmacoeconom-
ic assessments could be routinely conducted and
widely disseminated.10 Towards this end, national
guidelines for the conduct of pharmacoeconomic
assessments were published.11,12 Although conduct-
ing pharmacoeconomic analysis or compliance with
published guidelines is not a mandatory federal reg-
ulation, pharmacoeconomic evaluations are used in
several provinces to evaluate new drug products
seeking reimbursement eligibility from the provin-
cial drug plan. This is so because in a publicly fund-
ed drug plan setting, managers are faced with the
problem of having to allocate limited drug plan dol-
lars over the gamut of drugs seeking reimbursement
eligibility.

From the experience to date with guidelines, sev-
eral recommendations and observations can be
made. First, the message to industry about the
importance of submitting the appropriate type of
pharmacoeconomic studies has to be reiterated.
Furthermore, establishing minimal standards for

data requirements, acceptable analytical tech-
niques, and presentation format are needed as rein-
forcements in addition to the currently published
guidelines. There must be full disclosure that all cur-
rently available evidence has been incorporated into
the submission. This would reduce the burden on
the reviewers of having to continuously reevaluate
their recommendations due to resubmissions. The
strategic use of “inappropriate comparators” needs
to be discouraged. This occurs when submitting
firms choose to compare their new drug with an
existing drug that is not the “least costly” or the
most “commonly used” alternative to their product
so as to project the new drug in the best light.

Finally, using the above process is but one aspect
of the multidimensional approach that must be
adopted to keep drug plans affordable. In Ontario,
the first Canadian province to adopt cost and phar-
macoeconomic considerations into their formulary
decision making, user fees (patient copayment)
were recently instituted. In contrast, in British
Columbia, the second province to formally mandate
pharmacoeconomic submission requirements, user
fees had been instituted several years ago and the
province had to subsequently add the cost-effective-
ness considerations into the decision-making
process. One cannot but come to the realization that
the expenditure pressures have been so great that
no single policy response has been adequate in and
of itself. Nonetheless, when faced with fiscal short-
ages, adopting a process of rational and evidence-
based decision making is superior to ad hoc
rationing. We fully expect these processes to evolve
as we “learn by doing.” For instance, we know from
the Australian experience, where the industry’s ini-
tial reaction and experience with cost-effectiveness
guidelines have been published, that this is a
dynamic process.13 The revised Australian pharma-
coeconomic guidelines have been criticized by
industry as being “more onerous and less flexi-
ble.”14,15 The response to the Mather et al guidelines
will similarly need to be evaluated in a few years.
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