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(HDAC)

In vitro studies suggest that HDAC inhibitors could 
help treat the lysosomal storage disorder Niemann-
Pick type C disease. In human fibroblasts with homo- 
or heterozygous Niemann-Pick disease type C1 
(NPC1) mutations, the HDAC inhibitor panobinostat 
decreased cholesterol accumulation, increased NPC1 
protein levels and restored cholesterol homeostasis 
compared with vehicle control. Next steps include 
testing HDAC inhibition in additional models. 
Panobinostat from Novartis AG is in multiple clinical 
trials to treat cancer.
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