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Development of pH-responsive pharmacological chaperones for Gaucher disease

NARITA, Aya
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Pharmacological chaperone therapy using the small molecule compound is
promising therapy for neuropathic lysosomal storage diseases including Gaucher®s disease.
We developed the pH-responsive pharmacological chaperones which is expected to obtain more high
concentration of blood and cerebrospinal fluid.The chaperone effect of this compound showed a wider
spectrum as compared with other chaperone compounds such as ambroxol. Also, combination of chaperone

and exogenous enzyme showed synergic effect.

Additiogally, secondary mitochondrial dysfunction was improved by the administration of this
compound.
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