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Elucidation of the pathological role of vacuolar ATPase in lysosomal storage
iseases
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i In iPS cell-derived cardiomyocytes mimicking Fabry disease, a type of
lysosomal storage diseases, the acidification capacity of lysosomes was decreased. This phenomenon
led us to focus on a molecule called vacuolar ATPase (V-ATPase), which is a proton pump localized in

the lysosomal membrane.
Inhibition of V-ATPase function resulted in impaired cardiac function and decreased activity of

cathepsin, an acidic protease. Since this study aims to develop a comprehensive treatment for
lysosomal storage diseases, we have searched for compounds that activate these molecules and

obtained several candidate compounds so far.
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