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Abstract: The low incidence, complexity and diagnosis difficulty of rare disease lead to the difficulties in the research and
development of drugs for rare diseases. To meet the urgent clinical demands and encourage the research of drugs for rare diseases in
China,Chinese government has issued a series of policies and technical guidance. The policies for the research and development of
drugs for rare diseases is combed from 2015. By consulting the relevant literature and public information, drug approvals for rare
diseases listed in the first catalogue from 2018 to 2023 are presented, then the research and development states of orphan drug is analyzed
and summarized. It is suggested that the catalogue of rare diseases should be updated regularly, the rights and interests of drug developers
for rare diseases should be protected, the high-quality imitation of drugs for rare diseases should be encouraged, so as to promote the
development of the pharmaceutical industry for rare diseases and meet the drugs needs of patients with rare diseases.
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Table1 FDA and EMA drug approvals for rare diseases

in recent five years
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Table 2 Drug approvals for rare diseases from 2018 to 2023
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