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Development of novel allosteric chaperone therapy for lysosomal storage diseases
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In this study, we explored the candidate chaperone compounds’ effects for
beta-galactosidase deficiency and Gaucher disease in in vitro and cultured cell experiments. All the
compounds showed no specific substrate competitive inhibition activity in vitro. And they showed
enzyme enhancement activity in mutation specific manner in cultured cells. When cell treated with
both chaperone and purified human normal beta-Glucosidase, synergetic effect was observed. In
addition, chaperone for Gaucher disease showed restoration of mitochondrial abnormality in mutant
GBAL expressed cells. These results provided us important insights into efficacy of these compounds
as candidate for chaperone therapy in the future.
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