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Abstract

In Japan, drugs that are predicted to be used by less than 50,000 patients are defined as orphan drugs.
Therefore, the amounts and qualities of patient data submitted for newly approved orphan drugs are
significantly limited as compared with other common drugs. The drug re-examination system is unique
to Japan, and aims to reconfirm the clinical usefulness of drugs by collecting efficacy and safety data on
them within a certain period after approval. We surveyed re-examination reports submitted on orphan
drugs until October 2019. To analyze trends in the developmental processes, we focused on 11 anticancer
drugs and 9 hereditary disease drugs. Then, the number of Japanese subjects in pivotal clinical trials,
international clinical trials, conditions for approval, and the number of patients in post-marketing
surveillance were examined. As the number of subjects in Japanese clinical trials is markedly limited,
most orphan drugs were investigated in all cases until data were collected from a certain number of
patients after launch. For 75% of the 20 products, international clinical trial data have been submitted
for approval review, suggesting that both international and domestic trial data are critical for promoting

orphan drug development, even if the domestic data are limited.

Keywords: orphan drug, review report, re-examination report, number of subjects in clinical trials,
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