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We revealed that itraconazole, a widely used antifungal that targets
ergosterol synthesis in fungi, serves as a pharmacological chaperone for an NPC1 mutant responsible
for Niemann-Pick type C disease. Employing photo-crosslinking approach, we demonstrated direct
interaction of itraconazole and the NPC1 mutant, which leads to stabilization of the

folding-defective, unstable NPC1 mutant.
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Pharmacological chaperone ' Hit compounds that improved folding efficiency of the NPC1 mutant
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