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Abstract: Objective

institutions issuing policy, policy name and related content of rare disease drugs in China from April 1999 to June 2022 were

To provide a reference for perfecting policies related to rare disease drugs in China. Methods The

summarized and analyzed. The rare disease drugs were classifed by diseases, their name and inclusion information in the national
reimbursement drug list (NRDL) was recorded. The current status of rare disease drug use in China was analyzed, and the
suggestions for security policy were proposed. Results Rare diseases and corresponding drugs are always paid attention to in China,
24 national - level rare disease drug policies were issued, among which twelve, eight, two, one and one involving registration and
review, clinical evaluation, NRDL, development plan, medication security mechanism, respectively. There were 26 rare diseases and 56
related drugs were included in the National Reimbursement Drug List (2021 Edition),and the medical insurance coverage rate was
about 22%, with an increasing trend year by year before 2022, providing an important policy compliance and economic support for
the drug use of rare diseases. There were some problems in the drug use of rare diseases in China, such as imperfect law and
regulation guarantee system, lack of clinical drug varieties, high drug costs, limited types and low proportion of medical insurance
reimbursement drugs, insufficient investment in drug research, short patent protection period, general off — label drug use, lack of
data and standards, limited public awareness. Conclusion In order to improve the accessibility of rare disease drugs in China and
promote their safe and rational use,it is suggested that we should establish and perfect the law and regulation guarantee system of
rare diseases, increase the supply of drugs,establish a scientific and rational drug price system,expand the coverage and proportion
of medical insurance reimbursement,increase system support and patent protection, strengthen medication guidance and supervision,

intensify data accumulation and linkage,and scientific popularization of knowledge.
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Tab.1 Name and content of policies related to rare disease drugs
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Tab.2 Inclusion of rare disease drugs in the NRDL
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