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Study on the therapeutic effect of the chelating agent in Menkes disease by using
microPET
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Menkes disease is a congenital copper metabolisc disorder, leading to both copper
deficiency in brain and copper accumulation in the kidney due to copper transport disorder. Macula mice
is used as Menkes disease model. Pretreatment with the lipophilic chelator disulfiram markedly increased
copper uptake to the brain of macular mice. Pretreatment with the water-soluble chelator penicillamine
enhanced urinary excretion and reduced copper accumulation in the kidney. Concomitant treatment with
disulfiram and penicillamine retained the same effects. Combined use of disulfiram and penicillamine may
improve clinical outcomes of Menkes disease. Therefore, it is possible to improve the neurologic outcome
of Menkes disease, further revealed the possibility of improving the long-term prognosis of renal
function.
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