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The establishment of drug screening system for polyglutamine disease using
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Polyglutamine diseases are diseases in which neurodegeneration is induced by
aggregates of mutant proteins with abnormally expanded polyglutamine tracts (CAG repeats). A
disease model that more closely recapitulates human patients is needed for more accurate
pathological analysis and drug discovery, and the development of disease models using
disease-specific iPSCs and a definite, simple, and quantitative evaluation system for the disease
phenotype has been expected. In this study, we generated disease models using motor neurons and
skeletal muscle derived from disease-specific iPSCs of spinal-bulbar muscular atrophy (SBMA), one of
the polyglutamine diseases, and established a screening system that can definitely and easily
detect disease phenotypes. This system is expected to be applied to pathological analysis and drug
screening.
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