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Study for autophagy in lysosomal diseases and development of drug screening
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Lysosomal diseases are rare and intractable disease and are targets of Japanese
health science. However the treatment method are limited such as enzyme replacement therapy and
hematopoietic stem cell transplantation which might has severe adverse effect. In this study we performed
basic research for Krabbe disease, galactosialidosis and Fabry disease for the screening the low molecule
oral drug candidates. With this research we found several cellular pathology for lysosomal diseases and
the possibility of chaperone treatment and basic mechanism of it.

With these results it is applied to check the effect of candidate drug in cellular level and the screen

the drug for each mutation of the disease.

Krabbe disease galactosialidosis Fabry disease autophagy chaperone
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