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Drug platforms

Genetically corrected 
induced pluripotent 
stem (iPS) cell–derived 
mesoangioblasts for 
limb-girdle muscular 
dystrophy

Genetically corrected mesoangioblasts derived from iPS cells could be 
useful for treating limb-girdle muscular dystrophy, which is caused by 
mutations in the sarcoglycan-a (SGCA) gene. Fibroblasts and myoblasts 
were extracted from patients with limb-girdle muscular dystrophy, 
reprogrammed into iPS cells, differentiated into mesoangioblast-like cells 
and then genetically corrected ex vivo using a lentiviral vector encoding 
normal human SGCA. In a mouse model of limb-girdle muscular 
dystrophy, transplantation of the genetically corrected mesoangioblasts 
decreased markers of muscular dystrophy and improved motor 
performance compared with no transplantation. Next steps could include 
long-term safety and tumorigenicity studies of the cells in large animal 
models.
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