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(54) Title: ARIMOCLOMOL COMPOSITIONS FOR USE IN TREATING NIEMANN PICK DISEASE TYPE C (NPC)
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(57) Abstract: The present invention relates to a pharmaceutical composition or formulation of arimoclomol citrate, either in monother-
apy or in combination treatment therapy with miglustat, for use in one or more methods of treating Niemann Pick disease, type C (NPC)
in a human patient. The present invention additionally relates arimoclomol for use in methods of treating NPC in a human patient, via
dispersion or suspension of a pharmaceutical composition comprising a formulation of arimoclomol, specifically arimoclomol citrate,
in at least one liquid or at least one solid medium prior to administration to the patient. The present disclosure also relates to the bio-

markers and metabolites of arimoclomol.
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