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Pharmacokinetics and ﬁharmacegtics investigation on copper complex to
development an oral therapeutic agent for Menkes disease.
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Menkes disease is a rare hereditary disease in which systemic deficiency of
copper due to mutation of ATP7A result in decreased copper absorption and tissue distribution, and
most patients die in early childhood. In this study, we investigated the pharmacokinetics of the
copper complex CuGTSM in macular mice, a murine model of Menkes disease, as part of development of a

therapeutic agent for Menkes disease which can be orally administered. Absorption and dissociation
of orally administered CuGTSM has been confirmed in macular mice, and absorption was improved by

nanoparticulation. In addition, it was suggested that CuGTSM is easily dissociated into copper and
ligand in macular mice.
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Formulation of sustained release microsphere containing Cu-ATSM nanoparticles for the treatment of Menkes disease
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