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Development of new self-inactivating chaperon without side effects

Nanba, Eiji
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We developed "self-inactivating novel chaperone" which undergoes structural
change under acidic condition in lysosome and dissociates from target enzyme protein by conversion
to inactive form. Based on the deoxynojirimycin (DGJ) compound, several candidate compounds were
synthesized by adding an orthoester group. The structure of compounds changed by pH change. We
studied the effect of these compounds for Fabry and Gaucher diseases using in vitro and cultured
cells. As a result, we identified the compounds as original concept. The compounds did not show
enzyme inhibition even when used at high concentrations.
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