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Basic research on establishment, maintenance, and therapy of non-human primate
model of mucopolysaccharidosis
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A missense mutation was found in aIEha-L—iduronidase, which results in

mucopolysaccharidosis type | (MPSI), among the Japanese monkeys kept in a colony of Primate Research
Institute, Kyoto University. Four monkeys were homozygous and showed MPSI symptoms. Some others

were heterozygous and showed no symptoms. It is necessary to establish an effective production

system of MPSI monkeys to develop and improve enzyme replace therapy (ERT) or gene therapy. To

establish the system, pedigree analyses and mutation analyses were executed for the colony.

Moreover, to develop a new ERT which is effective to symptoms of MPSI on the brain or the heart, ERT
for a homozygous monkey with several sugar chain-modified enzymes were prepared.
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