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The government is once again undertaking a comprehensive health

spending review. Sustainable financing of health care with appropriate

mechanisms for individual community and national priority setting

are important public policy objectives which have been under scrutiny

over many years and must now be addressed with some urgency. The

Trust has informed this debate in the past and will continue to do so.

These Occasional Papers offer the economists’ contribution and

should be of interest to policy-makers at the highest level as they strive

to improve the effectiveness of the National Health Service, improve

patient care and create the right incentives to reward efficient

performance within inevitable financial constraints.

Paper 7 – Economic Evaluation and Health Care – by John Cairns,

provides an overview of the state of economic evaluation of health care

and considers the very pertinent question as to whether it is ready for

the challenges of the next decade. The intended audience for the paper

comprises those commissioning economic evaluations; those

undertaking such evaluations; and those using the results. The author

suggests that there is scope to learn from the rigorous approach of

those seeking to improve the evidence base of medicine. Although

economic evaluation with respect to health care has developed into a

substantial body of work, it is difficult to mount a robust defence of

many of the methods used. A priority for health economists must be

to do much more to improve the evidence base of their methods.

The economic evaluation of health care has been labelled a half-way

technology in that it has not yet reached an advanced stage where it can

be applied routinely. It remains of benefit in specific cases; non-routine

and therefore relatively expensive; dependent on specialist expertise;

driven by intellectual curiosity; and having to justify itself continually

Economic Evaluation
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in an increasingly sceptical world. Cairns concludes that the way

forward from this half-way position is not by promoting unwarranted

images of consensus, but by continuing to develop and refine the

methods.

John Wyn Owen

April 1998
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The application of economic analysis to health and health care

has grown rapidly in recent decades. Alan Williams’ conversion of

Archie Cochrane to the virtues of the economic approach led the latter

to conclude that:

“allocation of funds and facilities are nearly always based on

the opinion of consultants but, more and more, requests for

additional facilities will have to be based on detailed

arguments with ‘hard evidence’ as to the gain to be expected

from the patient’s angle and the cost. Few could possibly

object to this.” *

During most of the subsequent twenty-five years many clinicians have

ignored Cochrane’s arguments whilst economists busily colonised the

minds of those receptive to their arguments. More recently clinicians

and policy makers have come to equate, erroneously of course, health

economics with economic evaluation. Thus the architects of the

Department of Health’s R&D strategy have insisted that all clinical

trials should have economic components and tended to ignore the

broader framework of policy in which economic techniques can be

used to inform policy choices by clinicians, managers and politicians.†

The purpose of this series of Occasional Papers on health economics is

to demonstrate how this broad approach to the use of economic

techniques in policy analysis can inform choices across a wide

spectrum of issues which have challenged decision makers for decades.

The authors do not offer ‘final solutions’ but demonstrate the

complexity of their subjects and how economics can provide useful

insights into the processes by which the performance of the NHS and

other health care systems can be enhanced.

Economic Evaluation
and Health Care
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The papers in this series are stimulating and informative, offering

readers unique insights into many aspects of health care policy which

will continue to challenge decision makers in the next decade

regardless of the form of government or the structure of health care

finance and delivery.

Professor Alan Maynard

University of York

* Cochrane AL. Effectiveness and Efficiency: random reflections on health services.

Nuffield Provincial Hospitals Trust, London, 1972.

† Maynard A and Chalmers I (eds). Non-random Reflections on Health Services Research:

on the 25th anniversary of Archie Cochrane’s Effectiveness and Efficiency.

British Medical Journal Publishing, London, 1997.
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Health economists appear to have been successful in persuading a

sceptical and initially resistant world that economic evaluation has an

important contribution to make to health care planning and research.

There has been a huge increase in the number of published economic

evaluations of health care, a sustained increase in the demand for

health economists as research collaborators, and recent emphasis on

using cost-effectiveness as a criterion in determining spending

priorities. This paper considers whether or not economic evaluation in

health care is ready for the challenges of the next decade.

Generally those producing economic evaluations have tried to base

their conclusions on the best possible evidence, but the quality of the

data upon which evaluations have been based and the standards of

reporting have often been poor. In addition, there must be

considerable concern about the evidence base in support of the

methods applied. It is not clear that efforts to improve existing

guidelines for the conduct of economic evaluation will do anything to

encourage the development of the methods of evaluation and in fact

the reverse appears likely. Guidelines for the reporting of economic

evaluations are less likely to have such a discouraging effect on research

and since they tend to encourage the provision of more detailed

information have a positive contribution to make.

Economic Evaluation
and Health Care
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The primary purpose of this paper is to provide an overview of the

state of economic evaluation of health care. Health economists have

devoted considerable energies to educating or persuading a sceptical

and initially resistant world that economic evaluation has an

important contribution to make. Evidence of their substantial success

is widespread, for example, the huge increase in the number of

published economic evaluations of health care, the sustained increase

in the demand for health economists as research collaborators, and the

recent emphasis on using cost-effectiveness as a criterion in

determining spending priorities. Success on this scale suggests that the

economic evaluation of health care has ‘arrived’. Substantial

expectations have been raised (largely by health economists) and if the

progress that has been made is to be sustained a new phase must be

entered where economic evaluation meets its promise.

This forms the background to this paper. Is health economics, or more

specifically economic evaluation, ready for the challenges of the next

decade? The paper concentrates on the activity of health economic

evaluation. The potential and actual contribution of economic

evaluation must ultimately be judged with respect to its impact on

decision making but to do so is beyond the scope of this paper. Thus

the paper is about what health economists and others do rather than

the value of these activities. Our starting point is the extent to which

health economics is evidence-based. A range of alternative concepts of

evidence-based as applied to health economics are explored and then

an assessment is offered on the extent to which health economics

measures up. The weak evidence base with respect to the methods used

as part of economic evaluation sets the scene for a selective

examination of some methods.
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A further theme addressed is the timing and form of economic

evaluation. There are a number of stages at which economic evaluation

can be undertaken and the stage at which it is undertaken will have

important implications for the form it takes. The most appropriate

form of evaluation to undertake or the appropriate timing of

economic evaluation is not known. Similarly relatively little is known

about how best to allocate scarce evaluative resources across the

different stages of economic analysis. The discussion highlights the

potential role for pre-trial economic evaluation and closes with an

example of a ‘quick and dirty’ economic evaluation which is intended

to concentrate thinking on where the boundaries lie with respect to

what is acceptable in terms of the economic evaluation of health care.

Attention then shifts to the conflict between modelling and what

might be loosely described as trial-based approaches which has

generated particular controversy. The general view put forward is that

the two approaches are more complementary than is often implied by

the discussions which have taken place and that the central issue

should be the appropriate use of both approaches. As with so many

issues in the economic evaluation of health care, our ignorance is such

that we cannot yet provide a convincing answer to what is the

appropriate balance between trial-based and modelling approaches.

One of the main conclusions arising from the discussion of evidence-

based health economics is that the evidence base with respect to many

of the methods used in the economic evaluation of health care is weak.

As a direct consequence there are many unresolved issues concerning

the conduct of such economic evaluations. A number of areas are

highlighted, namely: future health care costs; discounting; and the

valuation of health and health care.

Economic Evaluation
and Health Care
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The emphasis on the unresolved nature of many of the issues of

methods in turn underpins some of the criticism of too hasty a

development of guidelines. A number of proposed guidelines are

reviewed and the advantages and disadvantages of guidelines for the

conduct of economic evaluation are discussed. However, the potential

disadvantages of putting further effort into the development of

guidelines are emphasised. Also the limited knowledge concerning the

effects of guidelines and the costs and benefits associated with their

implementation is highlighted. The general view espoused is that a

premature move to guidelines may generate misleading conclusions

and will make progress through research much harder. A more

sanguine view is expressed about the scope for guidelines for the

presentation of results.

The intended audience for this paper comprises those commissioning

economic evaluations; those undertaking such evaluations; and those

using the results. The intention is to bring a somewhat more critical

tone to the appreciation of the contribution of economic evaluation.

All participants in the growing evaluation industry will benefit from

greater realism with respect to what can be achieved and a sharper

focus on some of the limitations of economic evaluation and the areas

requiring increased research efforts. While the focus of this paper is

narrower than that of a recent critique by Maynard and Sheldon,1 it

stresses similar concerns with respect to the contribution of health

economics.
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A notable feature of debates over appropriate medical practice in

recent years has been the rise of evidence-based medicine (EBM).

Many clinicians in response to the recent emphasis on EBM would

assert that good medicine has always been evidence-based. The recent

prominence perhaps owes much to the need for apparently new

themes to be enthusiastically embraced every so many years so as to

provide opportunities for career advancement. The picture might be

viewed as similar in health economics. Many health economists would

aver that health economics has always been evidenced-based and some

would argue that health economics has had a role in stimulating EBM.

Certainly many economic evaluators would recognise a

characterisation where the health economist takes a much more

critical approach to the clinical evidence than do the clinical

investigators. This may arise because the relative ignorance of the

economist leads to the posing of fundamental questions, or it may be

that the economist generally does not have a preferred answer when

embarking on an evaluation.

The claim that health economics is and has to some extent always been

evidence-based will be scrutinised here. But before deliberating on

how evidence-based health economics is, it is necessary to define just

what is or might be meant by the description evidence-based health

economics.

What is evidence-based health economics?

There are two strong candidates: health economic aspects of evidence-

based medicine; and health economics based on evidence.

EBM is not directly concerned with economic issues (in part because

of its focus on individual patients). EBM, however, raises at least two

broad economic issues. The first concerns the costs and consequences

Economic Evaluation
and Health Care
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of EBM interventions. To what extent are the pronouncements of EBM

cost-effective? In short, we don’t know. However, the emphasis on

effectiveness and the lack of explicit consideration of resource use and,

in particular, comparison of incremental benefits and incremental

costs, must fuel the suspicion that much of EBM may not represent a

cost-effective use of resources.

The second involves the questions of how and when to attempt to

change practice (for example, by introducing guidelines). The

conclusions of EBM may on occasion represent a more cost-effective

use of resources but the various agents involved will not costlessly

agree and implement such advice. Changing practice will be costly, on

some occasions to such an extent that best evidence-based practice is

an inappropriate use of resources. Moreover, there are generally

alternative means of changing practice, each with potentially different

costs and consequences, which should be considered when choosing

how to implement change. This is largely unexplored territory for

health economists and, as a result, there is a potentially important

contribution to be made.

Health economists do not have a particularly strong record in terms of

addressing implementation issues. The slight attention paid to

implementation in economic evaluations may be partly explained by a

wish to highlight the extent to which findings are generalised.

Implementation usually raises a series of local issues.

While this first definition of evidence-based health economics is a

defensible one, and there is clearly a legitimate role for economics

with respect to EBM, a more natural definition is in terms of health

economics based on evidence. At least three versions can be

identified:

15



◆ evidence base of health economic evaluations;

◆ evidence base of the methods which health economists

apply; and

◆ evidence base of more general pronouncements (e.g.

regarding competition and the design of systems).

It is worth distinguishing these because the performance of health

economics across them varies. It is perhaps novel to consider the

evidence base for advice and for methods rather than the evidence base

of decisions. However, health economists provide advice and supply

methods of analysis rather than make decisions. Moreover, most non-

economists assume that such advice and methods are firmly evidence-

based.

How evidence-based are health economic evaluations?

Health economists would generally claim that they make

‘conscientious, explicit and judicious use of the current best evidence’.

Note that this claim refers to health economists and not to economic

evaluations of health care. A distinction can be drawn between

evaluations with an economic perspective undertaken with direct

input from health economists and those not similarly blessed. The

majority of evaluations containing an economic perspective, in most

areas of health care, appear to have been undertaken without direct

input from a health economist. There is a tendency for such studies to

differ from those with a direct input.

It would be an interesting task to take the economic evaluations in a

particular area and interrogate them from the perspective of whether

they incorporated (when they were conducted) the current best

evidence, and whether there are systematic differences between those

Economic Evaluation
and Health Care
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with and those without a direct health economics input. The NHS

Economic Evaluation Database could provide much of the

information required to complete such a task.2

It is appropriate to consider the nature of evidence for the purposes of

economic evaluation. Economic evaluations are dependent on the

quality of medical evidence but substantial progress can be made in

the absence of good medical evidence. This is at any rate true where

there is simply a lack of evidence. On the other hand, where the

research evidence is biased it is unlikely that the economic evaluator

can contribute in any substantial way. Whereas the randomised

controlled trial (RCT) (and where possible a meta-analysis of

comparable RCTs) is the gold standard for EBM, economic evaluations

are based on a broader mix of evidence. A more flexible attitude

towards evidence results primarily because health economics often

addresses a more complex set of questions than how much more

effective is A than B. The data demands of economic evaluation and

the limitations of RCTs as a means of supplying the required data are

discussed below. There is an issue here of whether more should

routinely be demanded of economic evaluations with respect to the

quality of the data which they use. The prevailing attitude is one of

extreme pragmatism whereby most health economists are willing to

make use of what is available (and do not generally ignore relevant

data). The key point is that while the vast majority of economic

evaluations would fail the ‘RCT test’ this does not mean that health

economics is not evidence-based.

Evidence base of the methods which health economists apply

Health services research is generally multidisciplinary and there is a

tendency for members of any one discipline to let those of others get
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on with their allotted tasks. The non-statisticians do not generally

question the power calculations of the statistician. Clinicians exercise

clinical judgment not health economists. Similarly there is a general

willingness to leave the ‘health economics’ to the health economist (if

one is available). How much of this preparedness to trust the health

economist is based on the belief that he or she will be using methods

with a good evidence base and is it justified?

I shall leave the former question hanging and will consider the latter.

The claim which will be made is that the evidence base of many of the

methods routinely used by health economists is not satisfactory. There

are numerous examples of methods in routine use with a questionable

evidence base, including: quality-adjusted life-year (QALY); the

modelling of programme costs; and discounting.

The QALY has been prominent in economic evaluations in the last ten

or so years. At its heart is an adjustment for the quality of survival

which enables quantity and quality of life to be combined in a single

measure which can be expressed relative to resource use and compared

across widely differing programmes. The quality adjustment has been

based on various techniques: standard gamble; time-trade-off;

magnitude estimation and rating scales.3 But relatively little is known

about the properties of these various approaches. Choice of method

appears to be driven more by analyst preference rather than by

evidence. There has been research comparing two or more methods

but the profession still has much to learn.

The measurement of benefits is notoriously difficult. Surely a more

satisfactory picture emerges when we look at what many would regard

as the staple diet of health economists – costing. But yet again despite

admitted progress the record is not good. A nice example was provided

Economic Evaluation
and Health Care
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recently by Fenn et al4 in the context of modelling programme costs.

They highlighted how economists were typically unsophisticated in

their estimation of the costs of treatment and emphasised the scope for

methods developed for analysing survival data to be applied to total

costs. A further example with respect to costs is the widespread reliance

on mean or median values and a failure to consider the distribution of

costs. Coyle5 notes how few pharmacoeconomic studies have adopted

appropriate statistical analysis of costs (and effects).

The standard practice in general is to discount all costs and benefits at

a constant and common rate and that the evidence on individual

preferences, such as it is, does not support this traditional approach.

This example is possibly rather different from the previous ones in that

we possibly adopt this policy, knowing that it is unsupported by

evidence, on normative grounds (and no amount of evidence will shift

this preference).

That there are unresolved issues with respect to the conduct of

economic evaluation and with respect to the methods used is no bad

thing. It can stimulate and sustain interest in the economic evaluation

of health care. Where economists provide a disservice is when they fail

to research rigorously their methods, and fail to be entirely honest

regarding the shortcomings of those methods. Lifting the lid on the

black box will not reassure clinical collaborators but it is essential if

economists are to be appropriately self-critical and forward-looking.

Evidence base of health economic recommendations

The record with respect to policy recommendation is not auspicious as

will be seen from a number of examples given below. However, this

seems less of a problem than with respect to methods. This is for two

reasons: first the record is not particularly poor compared with other
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professional groups offering advice, and second, it seems to be a more

fundamental shortcoming to be employing unsatisfactory methods.

There are many instances where health economists have exhibited a

willingness to make policy recommendations in the absence of a

particularly strong evidence base, for example with respect to:

competition among health care providers; competition among third

party payers; and giving GPs budgets. However, a discussion of this

interesting topic would lead too far away from our primary concern –

the economic evaluation of health care interventions.

Summary

Health economists would probably claim that their work is evidence-

based. Such a claim might be supported with respect to economic

evaluation which is by nature evidence-based. Although it would not

be difficult to find instances where the economic evaluation was not

based on the best available information, such instances will be

becoming rarer now that clinical colleagues are becoming more

familiar with and committed to systematic review of the evidence.

Some evidence on this sanguine summary would be welcome. There

appears to have been little formal study of how health economists use

or fail to use clinical evidence.

An evidence-based claim is much harder to sustain with respect to the

evidence base for many of the methods routinely employed which is

quite clearly unsatisfactory. Similarly, but of less relevance in the

current context, the evidence base for many of the policy

pronouncements that some economists are apt to make is also

unsatisfactory.

There is scope to learn from the rigorous approach of those seeking to

Economic Evaluation
and Health Care
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improve the evidence base of medicine.6 Although economic

evaluation with respect to health care has developed into a substantial

body of work, it is difficult currently to mount a robust defence of

many of the methods used. A priority for health economists must be

to do much more to improve the evidence base of their methods.

Given the strong demand for economic evaluations (and the money

available) it is not surprising that the emphasis has been on meeting

this demand rather than on undertaking the more fundamental

research into the nature of the methods used. The profession will

benefit in the future from investing rather more resources currently in

developing new, and refining existing, tools.
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Economic evaluation of health care can take a number of forms. The

traditional classification of course comprises: cost-minimisation; cost-

effectiveness analysis; cost-utility analysis; and cost-benefit analysis.7

Economic analysis can potentially inform decision making without

recourse to any of these formal techniques. Such analyses are generally

referred to as partial evaluations and tend not to feature heavily in the

published literature, although in practice these less formal approaches

may be having a greater impact on decision making than the more

visible peer-reviewed tail of the distribution. Attention in this paper is

focused on the published end of the spectrum but it is important to

remember the potentially significant contribution made by less formal,

partial analyses, particularly when considering the different stages at

which economic evaluation (of some kind) may have a role to play.

This section considers the timing and form of economic evaluation. It

emphasises that economic evaluation can take many forms and also

how little is known about how best to allocate scarce evaluative

resources across the different stages of economic analysis. It highlights

the potential role for pre-trial economic evaluation and closes with a

nice example of a ‘quick and dirty’ economic evaluation which may

help in setting the boundaries of what is acceptable in terms of the

economic evaluation of health care.

Stages of economic analysis

Sculpher et al8, when considering the role of economic evaluation in

health technology assessment, identify four stages at which economic

analysis can take place. These are: early developmental (stage I);

maturing innovation (stage II); close to widespread diffusion (stage

III); and moving into practice (stage IV). Stage I comprises the

systematic review of evidence relating to the cost and effectiveness of

Economic Evaluation
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existing practice, and the use of informal clinical opinion to assess the

potential value of the new technology. Stage II includes modelling

studies using data from existing clinical studies, and pilot studies of

economic data collection alongside controlled trials. Stage III involves

economic data collection alongside RCTs, and refined modelling

studies using systematic overviews of clinical data. Finally, Stage IV

involves economic data collection alongside pragmatic trials, and

modelling studies to generalise results to other settings or to

extrapolate to the long term.

Since the questions to be answered and the methods used at each stage

differ, these analyses are to be seen as complementary and economic

evaluation as iterative. Lest the cost of such seemingly enhanced

economic evaluation appears prohibitive, the authors are careful to

point out that evaluative resources may be saved at later stages as a

result of the earlier analyses, and all four stages will not necessarily be

required in every case. This is an excellent and persuasive start.

However, opportunity cost is as relevant a concept with respect to

economic evaluation as it is in any sphere of economic life. The next

stage must be to learn more about the optimal allocation of scarce

research resources in order to get the maximum benefit from these

resources. The authors’ key message that economic evaluation should

take place early and often fails to address this issue squarely.

Davies et al9 present a re-iterative structured decision making process

for the commissioning and design of economic evaluation. They

emphasise that economic evaluation can indicate whether it is

worthwhile pursuing the intervention and associated research;

whether there are circumstances in which it could be efficient; whether

it will be efficient in routine practice; and efficient research designs.

Their structured process goes some way towards recognising
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opportunity costs (for example, there are questions concerning

whether additional research offers value for money).

The economic analysis to be undertaken at stages II and III have been

compared by a number of authors. The debate which has sometimes

become polarised into one between economic modelling and

economics alongside RCTs is considered below. Partly as a result, the

relative value of economic analysis undertaken at different stages has

received insufficient consideration. Moreover, relatively little attention

has been given to the scope for stage I and IV analyses, and relatively

few studies (compared with stage II and III analyses) have been

reported. The novelty of any economic analysis (pre-, alongside or

post-trial) has now in most areas of medical care worn off. However,

until relatively recently, as Adams et al10 are frequently quoted to

observe, ‘of about 50,000 randomised trials undertaken over a 22 year

period, only 121 included economic analyses’.

Pre-trial economic evaluation

The scope for and potential value of pre-trial economic evaluation is

increasingly being recognised. A number of claims can be made for

pre-trial evaluation. There may be scope for such an analysis to assist

decision making with respect to whether or not a trial should be

undertaken. Resources for research are of course scarce and the

opportunity cost of undertaking one particular evaluation is in terms

of the foregone benefit from other research. Pre-trial evaluation may

also be able to assist with the design of any trial, for example, with

respect to the options to evaluate, the sample size, what information to

collect, and the choice of end-points. Finally there may be a role in

terms of informing clinical decision making and resource allocation

while waiting for trials to be completed.

Economic Evaluation
and Health Care
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A recent study of screening for H pylori to prevent gastric cancer

(Parsonnet et al11 1996) illustrates some of the scope for pre-trial

evaluation. The authors primary purpose was to evaluate whether a

clinical benefit could translate into a cost-effective clinical strategy.

Incidence and prevalence rates, and sensitivity and specificity of the

screening test were taken from the literature and combined with costs

based on Medicare charges. Their base case finding was that the

screening programme evaluated would cost $25,000 per year of life

saved. This estimate was then used as support for undertaking a trial.

As part of an extensive sensitivity analysis the authors then identified

which variables had a large, moderate or little impact on the estimated

cost-effectiveness. The efficacy of the intervention in preventing cancer

and the age at which screening was performed were shown to have a

large impact, and the costs of screening and H pylori treatment had a

moderate impact. Whereas the eradication rate, the specificity and the

sensitivity of the assay, the relative risk of cancer associated with

H pylori, the prevalence, the reinfection rate, the rate of adverse

reactions, life expectancy with cancer, and the costs of cancer

treatment had little impact. Clearly such information has the potential

to inform the design of a trial and any accompanying economic

evaluation by showing for which variables it is more or less important

to collect good data.

Quick and dirty

It is important to recognise that economic analyses come in all shapes

and sizes and can vary substantially in terms of level of sophistication.

The quick and the dirty do not generally feature in peer-reviewed

journals. In a challenging paper published recently by Barr et al12, the

authors present an economic evaluation of allogeneic bone marrow

transplantation (BMT) aimed at ‘providing an evidence-based
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approach to the formulation of clinical policy’. The paper is

challenging because although the authors make a case for the need for

such work to inform clinical policy and they are careful to identify the

limitations of their study, it is based on 10 BMT patients and eight

‘controls’, and a minimum follow-up period of only 18 months.

Furthermore, in deriving QALY estimates, the quality adjustment was

undertaken by getting a convenience sample of ten healthy volunteers

to score directly descriptions of each patient’s experience. Also the

authors eschew available RCT and controlled clinical trial evidence on

effectiveness and rely on outcome data for a single institution.

Where should we stand regarding such quick and dirty evaluations?

One response would be to say that we need to consider the alternatives

to such a study. To what extent can studies of this type provide useful

information not available in the literature (at a reasonable cost)?

However, we should be wary of overusing the argument that it is better

than nothing or better than current practice. It is a powerful argument

but it might also be a recipe for making much slower improvements in

the quality of economic evaluations than might be possible or

desirable. The saving grace of the study in question is possibly the

scope it offers to inform local decision making using local data, in an

environment where there is a paucity of good economic evaluations of

large trials.

Summary

The arguments for undertaking economic analysis early and often are

likely to be persuasive for most health economists. Recognition of the

opportunity cost of more of any given form of economic evaluation is

also widespread. We know relatively little about the relative costs and

benefits of undertaking economic analysis at the four different stages.
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Suppose £1 million has been earmarked for the economic analysis of

the detection and treatment of colorectal cancer, how should this be

allocated over the four stages of economic evaluation in order to

provide the greatest benefit? Without getting into the obvious question

of how is benefit to be measured in this context, it appears clear that

the current state of our knowledge leaves us ill-equipped to provide a

convincing answer to this question. This is despite the existence of two

major RCTs and a number of economic evaluations. We are still

learning the best ways to incorporate economics into the design and

conduct of trials and probably know even less about pre-trial

economic evaluations. Stage four evaluations have barely been

considered, possibly because of the more limited scope they appear to

have to affect decision making.

27



The previous section highlighted the scope for economic evaluation to

take a number of forms and to contribute at various stages with respect

to the development and diffusion of a new treatment or service.

Inevitably because of the lack of appropriate data much of the

evaluation involves modelling. This section focuses on the conflict

between modelling and what might be loosely described as trial-based

approaches which have generated particular controversy. The general

view put forward is that the two approaches are more complementary

than is often implied by the discussions which have taken place and the

central issue should be the appropriate use of both approaches. As with

so many issues in the economic evaluation of health care, our

ignorance is such that we cannot yet provide a convincing answer to

what is the appropriate balance between trial-based and modelling

approaches.

Count Dracula and Frankenstein’s monster

Bernie O’Brien has recently distinguished two broad approaches to

economic evaluation.13 These he has graphically described by analogy

with Frankenstein’s monster and Count Dracula. His analysis is in the

context of the internal and external validity of pharmacoeconomic

studies but most of it is relevant to the broader field of the economic

evaluation of health care. In the first approach (Frankenstein’s

monster) the economic evaluation combines information from a

number of sources, and in the second (Count Dracula) the economic

evaluation feeds off a prospective randomised controlled trial.

His main theme is that although some of the relevant economic issues

can be addressed in an RCT context it is likely to be necessary to

undertake some modelling in order to answer policy relevant

economic questions. The argument is advanced by way of illustration
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by seven potential problems with RCT data: not comparing the most

appropriate options; use of ‘gold standard’ measures of outcome which

would not be available in practice; emphasis on intermediate rather

than final outcomes; inadequate patient follow-up or sample size for

purposes of economic evaluation; protocol-driven costs and

outcomes; difficulties with geographical transferability of trial

evidence; and the use by trials of selected patient and provider

populations.

It is not only health economists who, while recognising the strengths of

RCTs, are critical of their shortcomings. Black14 makes a strong case for

observational studies by arguing that RCTs are (in certain

circumstances) unnecessary, inappropriate, impossible and

inadequate. Although these remarks were not made in the context of

economic evaluation and were not made with economic modelling in

mind, they have resonances for the discussion of economic evaluation

and RCTs.

Modelling in economic evaluation

A recent briefing paper from the Office of Health Economics15

summarises many of the salient points regarding modelling in

economic evaluation as opposed to undertaking economic analysis in

association with RCTs.

Attitudes towards economic modelling vary depending in part on the

proposed purpose of the modelling. Resistance to modelling is

probably greatest where the analysis is regarded as predicting the cost-

effectiveness of an intervention and thus potentially having a fairly

direct effect on policy. Opposition to modelling is less strong where it

is viewed as a means of identifying and highlighting issues which

require the exercise of judgement or further research.
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The opposition to modelling is probably explained in part by a clash of

two approaches – the largely non-experimental tradition of economics

and the more experimental tradition of clinical science. Those from an

experimental tradition are likely to be much more concerned by

whether or not it is possible to assess accurately reliability and bias.

They will be particularly concerned by the absence of standardisation

in the use of modelling approaches to economic evaluation.

At the outset, it is important to recognise that it is not just health

economists who model.15 For example, it is quite common to model

clinical outcomes when trying to move from efficacy to effectiveness,

and when trying to work out the implications of intermediate

outcomes for long-term outcomes. Also where economic evaluation

takes place alongside an RCT the need for some modelling is not

generally removed. For example, the use of measures such as QALYs is

likely to be dependent on modelling which has taken place outside of

the trial setting. It will also generally be the case that the results of an

economic evaluation undertaken alongside an RCT will need to be

reworked for a number of different practice settings and countries.

This can often be feasibly achieved via modelling rather than through

repeating the trial elsewhere.

The ultimate defence of modelling is generally that it is necessary to

consider realistically what would be the alternative. Where it is a case

of saying that we simply do not know whether or not a particular

intervention is a good idea, making use of the best data available in

order to provide some guidance seems relatively attractive. It is of

course important that the limitations of the data used and of the

modelling approach are made clear so that inappropriate confidence is

not placed on the results of any modelling exercise. For many purposes

an approximate answer available now or in the near future is likely to
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be of considerable assistance to decision makers.

Limitations of modelling

Sheldon16 emphasises that decision analytic models are particularly

prone to bias because they combine information from a number of

sources. He highlights a number of common errors in model

construction. The problem is not simply that there will be biases but

rather the difficulty of identifying the extent and direction of bias.

Often the only option is to rely on the face validity on the model (and

in more complex models this may be very difficult to assess).

There is not much scope to validate models by their predictions

because generally modelling is being used to inform decision-making

prior to certain information being known. There is little routine re-

examination of conclusions of models once new information is

available. There are a number of reasons for this: to some extent

attention has moved on to the next set of decisions; academic

incentives are for new work rather than possibly confirmatory

replication; it may be quite some time later before there are

appropriate data to enable validation; and it is probably easier to

influence new decisions rather than change minds about practice once

accepted.

Because of these problems Sheldon16 suggests restricting the use of

modelling in economic evaluation to:

◆ ‘to permit statistically valid analysis of reliable data...

◆ to carry out sensible combination of reliable information on

effectiveness, cost and other parameters ... to compare whole

treatment strategies...
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◆ to identify better where there are gaps in knowledge, to

assess how important these are ... and how best to get the

necessary information ... and whether further evaluation is

likely to be worthwhile.’ (p.9)

Note the main omission from this list – to provide cost-effectiveness

information with which to inform policy making (although the very

last part of the third purpose might be interpreted as straying into the

area of providing cost-effectiveness information).

Trial-based economic evaluation

It is notable that the case against relying on trials for data tends to

receive far wider discussion than the case for. The prime argument for

trial based economic evaluation is that the design and conduct of RCTs

offer the best means of determining efficacy. There are also some

practical advantages in terms of there being processes in place for data

collection (this is more usually turned on its head and argued to raise

problems of overburdening patients and investigators). There are

reasons to believe that the more rigorous procedures for the conduct

of the trial will result in the collection of better quality economic data.

One way of characterising the choice between these seemingly

competing approaches is in terms of a trade-off between internal and

external validity.12 The RCT is strong on internal validity (freedom

from bias) but weak on external validity (generalisability), whereas

modelling approaches are weak in terms of internal validity but

potentially stronger in terms of external validity. The naturalistic

pragmatic trial might be offered as a compromise between the two

approaches.15 The criticisms of RCTs as a basis for economic

evaluation might be viewed as arguments for more naturalistic

pragmatic trials rather than necessarily as arguments for economic
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modelling. Naturalistic pragmatic trials would appear capable of

addressing all but one of the seven problems identified by O’Brien.13

The exception concerns the geographical transferability of trial

evidence. Certainly they could offer normal settings with an

appropriate choice of comparators. In principle, they could have

follow-up of all patients and avoid difficulties with protocol-driven

costs and outcomes. Sample sizes could be increased and duration of

follow-up lengthened to those required by the economic evaluation.

Thus there is some prospect of providing internal and external validity.

However, several of the changes, such as leaving doctors with more

discretion and using less heavily selected patient populations, will

require larger sample sizes and will increase the cost and complexity of

the trial.

However, there are arguments (other than cost arguments) in favour of

some modelling.16 Modelling can extend RCTs and naturalistic trials to

simulate final health outcomes, opportunity costs and artificial study

arms. A modelling approach will be useful when RCTs are impossible

or impractical. Also of course prior to trials taking place any economic

evaluation must have recourse to modelling. As already noted, there is

considerable scope for modelling to inform the design of subsequent

trials (for example, to identify what information is required and assist

in the selection of sample sizes). By modelling in advance of a trial,

gaps in our knowledge can be identified, their importance assessed and

further evaluation can be better targeted.

However, the inevitability of some modelling leaves open the question

of how much modelling is desirable. The answer to this will be strongly

influenced by views regarding the validity of modelling, a subject on

which not a great deal is known.
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Summary

It is clearly not a case of whether or not to undertake economic

modelling. It appears inevitable that in most situations it will be

necessary to undertake some modelling. The key issues are the extent

of modelling and the emphasis to be placed on modelling. In

determining the appropriate use of modelling it is necessary to ask

what value is added by the activity. Also care must be taken to assess

the validity of models. As is the case elsewhere with respect to the

economic evaluation of health care there is much to be learned.

Indeed, it is possibly particularly the case with respect to economic

modelling. Thus we return to our recurring theme – the (relative)

ignorance of those undertaking economic evaluations of health care.
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It was noted above, in the discussion of evidence-based health

economics, that the evidence base with respect to many of the methods

used in the economic evaluation of health care is weak. As a direct

consequence there are many unresolved issues concerning the conduct

of such economic evaluations, the existence of which should lead to

some hesitancy with respect to the adoption of guidelines for the

conduct of economic evaluations. In this section a number of areas are

highlighted where further research is required before guidelines can be

embraced with any enthusiasm, namely: future health care costs;

discounting; and the valuation of health and health care. This is an

illustrative rather than inclusive listing of a number of key topics. The

aim is simply to provide support for the claim that there are many

unresolved issues.

Future health costs

The treatment of future health care costs is an interesting and

challenging one. The key issues are which future health care costs

ought to be included and what are the effects of different practices with

respect to the inclusion of future costs. Few would argue against the

inclusion of future treatment savings as part of the benefit arising

from, say, a screening programme. Most would wish to take account of

them on the cost side producing a net cost of the intervention which

would then be compared with some measure of effectiveness. True

there is an issue regarding the extent to which future savings are

appropriately compared with the commitment of additional resources

currently. This is more than an issue of discounting or a marginal

versus average cost issue. It concerns the extent to which future savings

will be matched by actual resources released. Notwithstanding this

issue there is a willingness to include these future effects in the analysis.
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The situation appears to change when considering increased health

care utilisation and costs as a result of a successful intervention. The

patient does not die of A but dies of B several years later. In practice

most studies have come down in favour of not including such

increased future health care costs in the analysis. This widespread

practice is not easy to defend, particularly if the estimate of the benefit

of the intervention has included life-years gained as a result of the

intervention. These life-years are generally only gained if further

health care costs are incurred associated with treating some other

condition. No-one seems to have difficulty including future health care

costs associated with the condition originally treated. A defence of

these discriminatory practices might be the entirely pragmatic

argument that the information will not be available and thus we

simply do what we can. It is true that to do otherwise would require an

estimate to be made of the probability of the range of treatments that

might be appropriate for any given individual. The task would be

complex. It involves not only making a probabilistic assessment

regarding the pattern and timing of future disease but also requires

assumptions concerning what future disease would or would not be

treated, how would it be treated and with what success.

For example, consider giving diabetic patients an antioxidant in order to

reduce the risk of coronary heart disease and stroke. If such an

intervention were successful, fewer patients would have fatal ischaemic

events. Some might simply experience these events at a later stage than

they otherwise would have. But what of the proportion who would no

longer ever experience these events but rather live on to die of something

else? One alternative might appear to be to make an estimate of the

contribution to quality and or quantity of life arising from the original

intervention in the absence of further treatments. But such an estimate
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would be difficult to make and artificial. A refinement that might work

in some instances would be to make cost-effectiveness estimates

contingent on the treatment of various future health problems.

Although it is clearly a formidable challenge to model the health

consequences and resource costs of treating these other conditions.

In a recent paper Garber and Phelps18 draw a distinction between

‘related’ and ‘unrelated’ future costs and demonstrate that the ranking

of programmes is unaffected by the consistent inclusion or exclusion

of ‘unrelated’ future costs. This appears to offer, if not a resolution,

some comfort. However, as noted by Weinstein and Manning19 it is

virtually impossible in practice to disentangle the two categories of

cost. Moreover, Meltzer20 in the same issue of the Journal of Health

Economics demonstrates that it does matter whether or not future

health care costs are included, and (more ominously for the analyst)

that future non-health care costs must also be considered.

Given these theoretical and practical concerns it is not surprising that

the Washington Panel recommended that the treatment of future costs

be left to the discretion of the analyst and where appropriate be subject

to sensitivity analysis.21 A further unresolved (and related) issue is the

appropriate treatment of productivity losses. The Washington Panel

argue for taking such losses into account via their impact on the

quality of life,21 whereas Brouwer et al22 argue strongly for taking

account of the costs of lost productivity in the numerator rather than

the denominator of the cost-effectiveness ratio.

Discounting

Discounting is the means by which future costs and benefits are

weighted so as to take into account their timing. The underlying

notion is that a lower weight should be attached the further in the
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future an event occurs. Discounting practices often play a central role

in determining the relative cost-effectiveness of different interventions.

If evaluations are undertaken on an incorrect basis the quality of

decision making will suffer and health service efficiency will be

reduced. Moreover, confusion or lack of agreement over standard

discounting practice potentially undermines the credibility and value

of economic evaluation. Furthermore, an improved understanding of

how individuals view future costs and benefits could be valuable with

respect to the design of policies for the promotion of health.

There are a number of issues with respect to the treatment of future

costs and benefits which are to some extent unresolved:

◆ what discount rate(s) should be used?

◆ should all costs and benefits be treated similarly (discounted

at the same rate)?

◆ the appropriate discounting model.

The first is important for a subset of projects where the ranking is

particularly sensitive to the choice of discount rate. While there is more

or less agreement that the social discount rate should take into account

the social opportunity cost of capital and the social time preference

rate, the rates agreed vary between countries. The only drawback of

such variety arises with respect to the making of international

comparisons but this can be fairly easily overcome by reporting results

for a range of the leading rates.

To economists working outside of health economics it might appear

odd that there is any question whatsoever regarding the differential

discounting of health care costs and health benefits. Any stragglers

should have been neatly corralled by the admonition of Fuchs and
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Zeckhauser23 ‘Self-respecting economists should not adjust discount

rates for externalities stretching to the future or use different rates

because it is health that is being valued.’ However, the issue of whether

or not future health effects should be discounted at the same rate as

future costs has been raised. Moreover, current advice in England and

Wales24 (to use 6% for financial values and 1.5% – 2% when health

effects are quantified in physical units) is currently at odds with that

elsewhere, for example, Canada25 and the USA26, (5% and 3%

respectively applied to all costs and benefits).

The question of whether or not future health effects should be

discounted at the same rate as future costs has generated considerable

interest in recent years, and much of the empirical work that has been

undertaken has aimed to inform this debate. There are difficulties in

estimating such rates and debate concerning whether or not it is

possible to identify individuals’ rates of time preference with respect to

future health effects.27

The literature on discounting in health care has been almost

universally based on the Discounted Utility (DU) model despite a

growing body of evidence at odds with the predictions of the DU

model. Loewenstein and Prelec27 identify four intertemporal choice

anomalies that run counter to the predictions of the DU model. These

anomalies are explained by Loewenstein and Prelec in general terms

with reference to future consumption, and supported by evidence

from monetary choices. However, there is no reason to suppose that

they are any less in evidence when the outcomes are in terms of health.

As a result the model underlying standard discounting practice does

not appear to be the basis for individual decision making.

The authors of the various studies of time preference rates with respect
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to health have acknowledged that their results, particularly with

respect to the impact of delay on implied discount rates, have been at

odds with the DU model. However, there has been little systematic

examination of functional forms and investigation of alternative

models. One explanation for this lack of interest is that the DU model

has very strong normative appeal. For many it would appear a

desirable model for evaluating health care choices. Individuals may not

behave according to it but this is no reason why governments and

other public bodies should not.

Thus discounting is a nice example of the tension apparent elsewhere

in the application of cost-effectiveness analysis to health care. As

Weinstein and Manning19 note ‘For costs, CEA is willing to use

opportunity costs (which arise out of an economy with a particular

distribution of income), but for health outcomes it steps back and

treats outcomes independently of the income distribution’. Some may

feel slightly uncomfortable incorporating some individual health state

preferences while systematically ignoring individual time preferences.

Valuation of health and health care

Health economics has made a major contribution to the valuation of

health and health care. However, despite the progress made in the last

25 years the evidence base for the methods used in this area is perhaps

surprisingly low. This generalisation could be supported with a range

of examples but three will suffice:

◆ methods by which health state preferences are elicited

◆ the quality-adjusted life-years (QALY) versus healthy-years

equivalents (HYE) debate

◆ contingent valuation of health outcomes and health services.
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Ever since the initial conceptual breakthrough28 that yielded the

quality-adjusted life-year, a variety of methods for eliciting health state

preferences have been explored. These include: standard gambles; time

trade-offs; category rating and visual analogue scales; and person

trade-offs.3 Different researchers prefer different methods. Relatively

little work has compared two or more methods and much of this has

been characterised by fairly small sample sizes. The usual finding is

that the different methods do not produce scales which differ in a

systematic and reproducible fashion. One fundamental problem is

with respect to establishing the validity of any particular measure. A

further difficulty is with respect to whether or not the various methods

of eliciting preferences generate scales with interval properties.

Although there is no agreement as to how to make the adjustment for

quality, there is widespread support (among health economists) for the

notion of QALYs. There is discussion as to how the information should

be used, illustrated by the debate over cost per QALY league tables.

While the measurement of QALYs is clearly the dominant method,

alternatives to QALYs have been proposed and vigorously defended.

The main debate has been between QALYs and HYEs.29,30 That there

has been a debate might be taken to be indicative of a concern over the

evidence base of the methods used. However, the very limited recourse

to empirical data that has been one characteristic of this debate might

suggest otherwise.

Although the research efforts have been less widespread than in the

case of QALYs and largely restricted to the last 10 to 15 years, a similar

story might be recounted with respect to contingent valuation and

specifically with respect to willingness-to-pay. O’Brien and Gafni31

present an excellent overview of progress to date. They stress that there

are a large number of issues concerning how to collect contingent
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valuation information. These include: what type of measure to use;

what questions to ask and of whom; and how to ask questions in order

to minimise bias and increase precision. They conclude that there are

a growing number of studies ‘where the practice of measurement is not

consistent with the principles of CBA’.

There will be increasing pressure in this area to develop guidelines, in

part, because of the prominence of those developed by the National

Oceanic and Atmospheric Administration (NOAA) panel32 on

contingent valuation for environmental damage assessment. However,

a sufficient body of good quality studies do not yet exist to enable

satisfactory judgements to be made regarding the appropriate conduct

of contingent valuation studies in health care.

Summary

The important message is not that progress has been slight but rather

that it continues to be made and many research issues remain. This is

of course good news for those who are primarily interested in the

development of methods but less so for those who want to evaluate

programme X or product Y. As ever a balance must be struck. Too

vigorous self-criticism may undermine the campaign to get economic

evaluation more routinely used in health care decision making. Too

little will slow progress with respect to developing more useful tools

with which to play a greater role in informing such decision-making.

The implications for guidelines for economic evaluation of the

necessarily continuing debate over methods are considered next.
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As interest in the economic evaluation of health care increased, it was

inevitable that guidelines for these economic evaluations would be

developed. In fact, the early guidelines predate the massive expansion

of economic evaluation activity seen in the past 15 years.33 Guidelines

are valuable in a number of ways. First, they encourage the analyst to

be more explicit. Second, and partly as a result of increased

explicitness, they increase the comparability of studies. Third, more

speculatively they may bring benefits in terms of quality control. Thus

at first sight they appear to be quite a reasonable notion. However, as

will be emphasised below there are also potential disadvantages of

putting further effort into the development of guidelines. The limited

knowledge concerning the effects of guidelines and the costs and

benefits associated with their implementation is also highlighted.

Guideline family

The guideline family has a growing number of members. They can

usefully be classified into three broad groups:

◆ guidelines covering virtually every stage of an evaluation

(for example, DoH and Washington Panel)

◆ guidelines with respect to the conduct of specific parts (for

example, willingness-to-pay)

◆ guidelines concerning the review and presentation of

studies.

The first group could be further subdivided into guidelines for the

conduct of economic evaluations which will then play a role with

respect to the reimbursement of pharmaceuticals, and the rest. The

former include Australian guidelines and those for Canada. A recent

and notable example of the latter comes from the Panel on Cost-
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effectiveness in Health and Medicine (the ‘Washington Panel’)

convened by the US Public Health Service.21 It is notable for the depth

of the discussion of the literature underlying their recommendations.

A key element in the recommendations of the Washington Panel is the

Reference Case which is a ‘standard set of methodologic practices that

an analyst would seek to follow’. The analyst would retain flexibility by

being able to augment the Reference Case but comparability would be

secured across studies, at least via the Reference Case. At first sight the

Reference Case concept, that all evaluations should be in part

conducted on a common basis so that different studies can be readily

compared, is appealing. Whether in practice it performs well will

depend on a number of factors. To what extent will varied approaches

be discouraged by the introduction of a standard, and is more lost or

gained by such standardisation? Will trust in, or support for, the

Reference Case be such that decision makers may be encouraged to

make comparisons which are not strictly warranted? Will the

Reference Case come to be regarded as the most appropriate indication

of cost-effectiveness rather than simply facilitating comparison

between studies? These important questions are empirical issues upon

which we are not in a position to draw firm conclusions.

Formal guidelines of the second type, those pertaining to specific

elements in the conduct of economic evaluations, are rare but less

formal guidelines are present at the end of most reviews of the state of

the art, for example, of willingness to pay34 or of sensitivity analysis.35

The best developed guidelines for the review and presentation of

studies are those recently produced for the British Medical Journal.36

These are aimed at assisting reviewers of submitted papers and at

informing potential authors as to what is expected. It is anticipated
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that the combined effect for the two groups will be to raise the

standard of the papers appearing and expedite the review process. To

the extent that such guidelines are essentially reporting guidelines, they

can be distinguished from guidelines on the conduct of economic

evaluation. They should be capable of promoting explicitness and

enhancing comparability without necessarily having too restrictive an

effect on the conduct of the evaluation. The most important issue with

respect to the use of reporting guidelines is how flexibly they are

applied. There may be relatively few papers which could receive an

entirely clean bill of health from referees fully applying the BMJ

guidelines and still be of a suitably short length and written in a not

too technical style to satisfy other editorial considerations.

Drummond37 identified three areas of continuing methodological

debate. The key point for Drummond was that ‘several areas of

methodological debate still remain. Therefore it would currently be

inadvisable to apply cost-effectiveness guidelines in a rigid or

mechanistic way’. (This may appear somewhat ironic given his leading

role in the development of the BMJ guidelines). He was on balance

optimistic about the requirement for the use of economic evaluation

prior to reimbursement of pharmaceuticals but noted that it was likely

to raise searching questions about economic evaluation methods.

These searching questions about economic evaluation methods have

barely been asked by economic evaluators or those using evaluative

information. As a result the areas of continuing methodological debate

remain as relevant now as five years ago.

Concerns over guidelines

Guidelines at first sight appear to be a quite reasonable notion. It is the

case that the recent emphasis on guidelines, not just in health
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economics but also throughout medicine, has possibly engendered a

certain amount of guideline fatigue. Few would argue against the

desirability of explicitness, greater comparability and improvements in

the quality of evaluations.

However, there are a number of reasons why guidelines (or more

precisely continuing efforts to develop guidelines) should not

necessarily be regarded in a positive light. First, they presuppose a fair

measure of consensus and imply particular levels of knowledge.

Second, they may have unsought effects on behaviour, for example, by

discouraging research. Third, they take resources to develop and these

resources obviously have an opportunity cost. Fourth, there is a

sparsity of evidence regarding their effectiveness (and cost-

effectiveness). Fifth, they may entrench sub-optimal practice.

With regard to implied consensus, it would be misleading to suggest

that there is not consensus on many issues. The point is rather that

there are also numerous important areas where there is not agreement.

Of course some of this disagreement will reflect ideological differences

on which individuals might not ever be expected to wholly agree, but

much of the disagreement is simply because we lack knowledge and

more research is required: or possibly we have failed to assimilate

information which is available to us. Whichever is the case,

undertaking further research or attaining greater familiarity with what

is known requires time and energy and a recognition that to do so is

important. Further refinement of guidelines competes for these scarce

resources and emphasises consensus rather than the unresolved issues.

The theme of research being discouraged requires further discussion.

There is a danger that as a consequence of the development and

promulgation of guidelines that certain practices become ‘set in stone’
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and alternative approaches become harder to develop and implement.

It might become harder to obtain funding if the protocol diverges

significantly from guidelines. It may become harder to publish research

based on methods not approved of by whichever guidelines currently

hold sway. The discouragement of alternative approaches could thus

become institutionalised. This would probably, on balance, be

desirable if there were not so many unresolved issues and if the

economic evaluation of health care was not at such a relatively early

stage of development. However, given that it is, there appears a danger

that in attempting to encourage good practice we discourage good

research.

The opportunity cost of the development of guidelines for economic

evaluation is a theme developed by Maynard38 in a paper subtitled

reinventing the wheel?. His main contention is that ‘investment in the

improvement of guidelines and development of consensus about best

practices yields a small marginal product’. One problem he highlights

is the way in which the development of guidelines diverts attention

away from unresolved issues. Similarly, instead of seeking to refine

guidelines, efforts might give a greater return monitoring the practice

of economic evaluation. A range of studies which review the conduct

of economic evaluation have reached similar conclusions regarding the

small proportion which attain the highest standards.39 Indeed

dissatisfaction over the standards of economic evaluation is one of the

engines which drives interest in guidelines. However, it is clearly not

the lack of guidelines which is responsible for low quality evaluations,

in that guidelines have been available for years. Thus, if the quality of

many evaluations is a major concern, the preferred policy for raising

standards is unlikely to involve the further development of guidelines,

but rather needs to consider why, when guidelines have existed for
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such a long time, they have had so little impact.

What evidence have we on the effectiveness (and cost-effectiveness) of

guidelines? With respect to guidelines on medical practice, a

considerable volume of research is under way (on effectiveness if not

cost-effectiveness). Rather less is known about the effectiveness of

guidelines for economic evaluation. The casual observation of

continued dissatisfaction with the quality of economic evaluations

despite long-established guidelines suggests that guidelines in this area

are not particularly effective in changing practice.40 If this is the case

fears about a deleterious impact on research are possibly unfounded.

However, concern that the development and refinement of guidelines

is not a good use of scarce resources grows.

At least one prominent health economist has voiced concern that some

of the interest in the development and use of guidelines is driven by

commercial rather than scientific motives.41 In short, guidelines may

be of potential benefit to the pharmaceutical industry but are they of

potential benefit to a wider community?

Summary

The issue is not whether or not guidelines for economic evaluation are

a good or bad thing. Rather the issues are: what efforts should be made

to augment or revise existing guidelines, or develop new guidelines?;

what should the guidelines include and what should they exclude?; and

how should guidelines be implemented? In addressing these issues it is

important to recognise that relatively little is known about the impact

of such guidelines.
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The application, in the last three decades, of the techniques of

economic evaluation to health care developments can be portrayed as

a success story, particularly if the focus is on the growth of activity and

on influencing the way people speak, and possibly think, about health

care. If a different criterion is adopted, namely the impact of all of this

activity on decision-making, a quite different picture is possibly

formed. Even focusing on the activity of economic evaluation rather

than the value of the activity, as has this review, there are grounds for

questioning the nature of the health economists’ success.

While there are no doubt exceptions, generally those producing

economic evaluations have tried to base their conclusions on the best

possible evidence, although the quality of the data upon which

evaluations have been based and the standards of reporting have often

been poor. However, there must be considerable concern about the

evidence base in support of the methods applied. We must be careful

not to claim too much for economic evaluation. When properly

applied it can be a valuable addition to informed decision making.

However, in winning acceptance for this approach or in stimulating

demand for it, it is all too easy to play down its limitations. There is

clearly an important balance to be struck between singing its praises

and undermining its position by setting overly exacting standards and

being negative and dismissive regarding failures to attain such

standards.

The positive message is that sustained progress is being made. More

and more is known about how to undertake economic evaluations.

The expert base is broadening. One important question concerns the

best way to further this process and in particular the role of guidelines,

checklists, etc. in raising standards and encouraging continuing

development of the economic approach.
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The view expressed in this paper has been characterised by a limited

enthusiasm for the development of guidelines for economic

evaluation. They do have a role, particularly with respect to the

reporting of evaluations, but the over-riding concern must be that too

widespread and mechanistic use of guidelines will undermine much

needed progress in research. We must not attempt to set guidelines

with respect to the conduct of economic evaluations in areas where

there are many unanswered research questions, several of which have

been highlighted. There is the danger of falling into error by making

pronouncements on best or most appropriate practice when we simply

do not have adequate information.

Furthermore, there is a dynamic aspect to be considered. Increased

emphasis on research rather than the application of standardised

approaches offers benefits in terms of improved decision making, not

just with respect to the current urgencies but stretching into the future.

A questioning and active research culture will stimulate future

advances on a scale which is unlikely to be matched in a culture where

the emphasis is on the prescription of rules for the conduct of

economic evaluation. Moreover, we must of course acknowledge

scarcity with respect to research and evaluative capacity and practice

what elsewhere we preach. The return to further efforts at

standardisation must be questioned in the light of the considerable

opportunities to advance our knowledge elsewhere.

Such negativity or caution concerning guidelines must be tempered by

an awareness that it might certainly be viewed as self-serving for those

furthering research careers to argue against steps to make routine and

more widely understood their stock in trade.

If health economists were to evaluate clinical guidelines they would
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consider whether or not the proposed guidelines represented cost-

effective health care and would also be interested in the relative costs

and benefits of different ways of changing clinical practice. Is there any

good reason not to ask the same questions in the case of guidelines for

economic evaluation? Evidence on the cost-effectiveness of guidelines

would be particularly welcome.

Economic evaluation of health care has developed quite significantly

in the past thirty years. The growth in the demand for economic

evaluations has been stimulated by some jurisdictions requiring

economic evaluation in the case of new pharmaceutical products.

Another stimulus has been the continuing interest in cost containment

manifest most recently in a commitment to obtain value for money

from the resources devoted to health care. While there is no reason to

suppose that the future prospects for the application of economic

evaluation are anything but good, further progress depends on not

only improving the standards of economic evaluation but also

continued research into the methods of evaluation. If further

requirements for economic evaluation are introduced, the rising

demand should be viewed as an opportunity to improve the quality of

evaluations and not simply increase their number.

Efforts to improve guidelines for the conduct of economic evaluation

might have some positive effect on raising standards but are a fairly

indirect approach. It is not clear that they will do anything to

encourage the development of the methods of evaluation – the reverse

appears likely. Guidelines for the reporting of economic evaluations

are less likely to have such a discouraging effect on research and since

they tend to encourage the provision of more detailed information

have a positive contribution to make. However, reporting guidelines

could also have potentially negative effects if they are interpreted and

51



applied without some flexibility.

The economic evaluation of health care has been labelled a half-way

technology in that it has not yet reached an advanced stage where it can

be applied routinely.42 Thus it remains ‘beneficial in specific cases;

non-routine and therefore relatively expensive; dependent on specialist

expertise; driven by intellectual curiosity; and, quite rightly, having to

justify itself continually in an increasingly sceptical world’. We do not

move forward from this half-way position by promoting unwarranted

images of consensus but rather by continuing to develop and refine

our methods. However, where agreement is possible, say with respect

to reporting standards, it should be exploited. Also, any such

agreement might be further exploited, as recently suggested by an

influential commentator,43 by the development of an audit

infrastructure.
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During the last 25 years economists have been
successful in persuading researchers and policy
makers that economic evaluation can make an
important contribution to informing clinical
decision making and policy choices. The
research output of those involved in economic
evaluation is increasing rapidly: economic
imperialism in on the march!

However, despite the vigorous endeavours of
those involved in evaluation to base their
conclusions on the best possible evidence, the
evidence base remains deficient and at times
inadequate to support the demanding
methods used.

The practice of economic evaluation continues
to improve but serious methodological
problems remain unresolved. John Cairns
argues that these problems may be ignored if
the authors of practice guidelines focus on the
generation of consensus. The role of economic
evaluation in informing health care choices is
fundamental. There is a risk that ‘guidelines
mania’ will create a false aura of consensus
about methods. There is a need not only to
improve methods but also to audit practice
systematically. Economic evaluation in health
care remains an evolving technology which
needs to be applied with care and flexibility. If
practised intelligently, it can be an important
tool for informing choices. If done badly, it
can corrupt the knowledge base and waste
resources.


