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Transient Receptor Potential Vanilloid 2 (TRPV2) is a stretch-sensitive Ca channel. In damaged myocytes
and cardiomyocytes, TRPV2 translocates to plasma membrane and take Ca into cell, which trigger
degenerative process. Cardiac specific overexpression of TRPV2 induce cardiomyopathy and TRPV2

inhibition ameliorate pathology and phenotype of cadiomopathy and muscular dystrophy animal models.



Thus, TRPV2 inhibition may become new therapy for not only myopathy and cardiomyopathy but also
sarcopemia, locomotive syndrome, chronic heart failure in elderly people. We screened approved drugs
and found that tranilast has TRPV2 inhibitory effect.

To date, we performed pilot study and clinical trials of tranilast for advanced heart failure of muscular
dystrophy. Although these trials suggested efficacy in heart failure, the poor general condition of the
patients in both study made it difficult to conduct the trials and interpret the results. Givent the
mechanism of TRPV2 inhibion therapy, it would be preferable to administer it at a stage when the
degeneraton is active rather than at an advanced stage.

As a subject for whome we could evaluate the effects of treatment on skeletal muscle and myocardiac
degeneration simultaneously, we selected Duchenne muscular dystrophy in teenagers. In these patients,
several natural history data showed that upper limb function, respiratory function and cardiac function

decline at steady speed. We consulted with PMDA, developer, and others to draft a protocol concept.



