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Abstract

Title:
A STUDY ON RARE DISEASES POLICY IN JAPAN: PUBLIC EXPENDITURE
MEDICAL CARE BY DISEASE-CATEGORY-BASED MODEL

This paper examines the characteristics of Japanese social policy towards patients
of rare diseases (Nanbyo) under an administrative infrastructure called the “Principles of
Countermeasures for Rare Diseases” (Nanbyo Taisaku Yoko) established in 1972. By
analyzing the historical documents of medical research projects and the discourses of
medical researchers who participated in them, I find that social policies applied to sufferers
of rare diseases have been significantly affected by a research-oriented "disease-category-
based" paradigm in which clinical medical researchers in public hospitals and national
university hospitals play a major role. A significant consequence of this research-oriented
policy approach is the fact that out-of-pocket medical care expenses of patients of rare
diseases have been publicly subsidized in the name of “rewards for clinical donor”, rather
than as social or healthcare policies. Since 1972, the public healthcare coverage for patients
with rare diseases has been treated as a transactional return for donating their own clinical
data to researchers backed by the central government. National disease research groups
organized by the Ministry of Health, Labour and Welfare (MHLW) are responsible for
formulating the concept of “rare diseases” and the diagnostic criteria thereof. These national
disease research groups consist almost entirely of clinical medical researchers; moreover,
they define which diseases are eligible for limited public healthcare coverage. MHLW
chooses a committee consisting of clinical researchers who wield authority in selecting
diseases that can be entered into the category of Nanbyo. Thus, this “disease-category-
based” paradigm is maintained mainly by medical researchers seeking conflicting aims: the
expansion of medical science research on one hand, and healthcare provision on the other.
Japan’s medical policy toward patients with rare diseases (“Nanbyo”) is based on a policy
format different from general medical policies and other disability policies, in that it is based
on medical science research projects conducted by public expenditure.

In this paper, the characteristics of Japan's medical policies for rare diseases based
on the disease-category-based model are compared with European and US rare disease
policies and their categorizations. Rare diseases policy under the disease-category-based
model involves the state organizing a research team comprising medical science researchers
for each disease with its main objective being medical intervention. The role of the research

team is to establish the pathology and diagnostic criteria for diseases through national
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research projects selecting the ones that could be categorized as a rare disease. The clinical
researchers for the research teams are chosen for their high degree of specialized skill and
knowledge. The structure of each country’s rare diseases policies was organized and
categorized into 1) private expense, 2) universal, and 3) disease-category-based models. In
the disease-category-based model, the cost sharing for the patients was dealt with as a by-
product in the form of a reward for contributing their clinical data to medical science

research.



