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Differences in information access and clinical trials on rare diseases
between Japan and the U.S.

Kota Ninomiya™*2, Hironobu Nonomura™, Hideaki Kinoshita*!, Masahiro Okura™, Kyoko Imamura™

*1 Social Cooperation Program of IT Healthcare, Graduate School of Pharmaceutical Sciences, The University of Tokyo
*2 National Institute of Public Health

The number of rare diseases is assumed to be more than 7000 and there are more than 350million patients of rare
diseases in the world. However, in Japan the additional subsidy for the medical expense is applicable only to the
patients of rare diseases the government designated as “Designated Intractable Diseases” or “Specific Pediatric
Chronic Diseases”. Medical information about rare diseases is also officially provided only for the limited number
of diseases. In our study, the differences in access to the information about rare diseases and the proportion of
conducted clinical trials between Japan and the U.S. were investigated

Genetic and Rare Diseases Information Center belonging to NIH has published medical information regarding
epidemiology and treatment of 6480 diseases. On the other hand, in Japan, only 1000 rare diseases are mentioned
in the website of the information center for “Designated Intractable Diseases” or “Specific Pediatric Chronic
Diseases”. Rare diseases designated by the Japanese government are twice likely to be chosen as the target of
clinical trials to be conducted in Japan than non-designated rare diseases.

These results suggest that the designation of rare diseases affects not only the access to the information and
medical expense subsidy but also the therapeutic environment like clinical trials and access to new drugs.
Therefore, the Japanese government should continue to increase the designated rare diseases.
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