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Molecular analysis of chemical chaperone effect on lysosomal storage diseases
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I investigated the intracellular molecular mechanisms of chemical chaperone compou
nds to the lysosomal storage diseases. Co-crystal structural analysis of chaperone compound with lysoosmal
enzyme protein identified a potent hydrogen bound in human alpha-galactosidase A protein. 1 also investig
ated the synergetic effect of the proteostasis regulator with the chaperone compound. Cultured fibroblasts
analyses also found that the effect of treatment or washout of chaperone compounds on alpha-galactosidase

enzyme activities as well as substrate accumulation. These results provided us important insights applica
ble to develop new chaperone compounds for other lysosomal diseases.
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