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Real-world evidence expected in health technology assessments

(cost-effectiveness analyses)
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*1 Yamaguchi University Graduate School of Medicine

Cost-effectiveness studies of various medical interventions such as various screening tests, multidisciplinary or
behavioral approaches, dialysis therapy, and drug therapy have been reported from Japan and overseas in the field
of nephrology. For the evaluation of the cost-effectiveness of medical interventions for chronic diseases such as
chronic kidney disease, essential evidence includes the epidemiological characteristics of the patient population, the
natural history of the disease, the clinical courses of the disease under a comparative standard of care, the cost of
conventional management of the disease (condition), and the utility score determined by qualities of life (QOL). In
addition, high-quality data on the effects and adverse effects of each medical intervention, as well as their costs are

mandatory.

It is desirable to use high-quality evidence from actual patients receiving medical interventions, from domestic rather
than foreign countries, and larger multicenter populations rather than smaller ones. Also, effectiveness data from
actual clinical practice is more beneficial for cost-effectiveness evaluation than efficacy data from such as RCTs.

Based on simple examples of cost-effectiveness analyses using Markov models, we discuss expectations for high-
quality, real-world evidence from the perspective of cost-effectiveness evaluation, including data such as
epidemiology, prognoses under various treatments, and cost by disease states generated from clinical databases that

accumulate high volume cases.

Keywords: cost-effectiveness analysis, real-world evidence, chronic kidney disease, case registry
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