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Lucerastat

N-Butyldeoxygalactonojirimycin;ACT-434964; 0GT-923

M11715 oH
HD/IJ" - .\"OH
141206-42-0 Q
I OH
C10H21NO4
219.28

(2R,3S,4R,5S)-1-butyl-2-(hydroxymethyl)piperidine-3,4,5-triol

A galactose analogue that is an UDP-glucose ceramide glucosyltransferase (UGCG/GCS) inhibitor (IC50=41.4 uM);
prevents glucosylceramide biosynthesis both in vitro and in mouse models of lysosome storage disorders, without affecting
a-glucosidase | and Il or B-glucocerebrosidase (IC50>1 mM); shows potential as substrate reduction therapy for glycolipid
storage disorders such as Gaucher disease and Fabry disease.Other Indication Phase 1 Clinical
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Other Targets
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=2 years
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