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Abstract

The infrastructure for the clinical research of muscular dystrophies: Remudy and MDCTN
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Remudy, operated by the NCNP, runs two national registries for Dystrophinopathy and GNE myopathy in Japan
under the collaboration with the TREAT-NMD alliance. The aim is to construct the clinical research infrastructure and
accelerate the clinical development research for these rare diseases. We successfully provide the data sets for the
feasibility studies, send out the appropriate information of the clinical trials for the candidates to speed up the
recruitment for trials, collaboration with the Muscular Dystrophy Clinical Trial Network: MDCTN, as well as present the
natural history and epidemiological data of the rare diseases with a new ‘registry based’ research style. Remudy provides
a prototype of the clinical research infrastructure to over come the rare and incurable diseases.
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