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Prevention of autism by drug therapy targeting mTOR system in developing brain
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Many patients with tuberous sclerosis complex (TSC), a hereditary disorder
caused by an excessive activation of the mTOR system, have autism. As a translational research to
develop drug therapy of autism, we conducted an experimental study using mouse models of TSC. When
TSC mice were given an mTOR inhibitor, rapamycin, their autistic symptom, namely impairment of
reciprocal social action, improved. The effect was comparable between adolescent and adult animals.
On the other hand, animals who underwent chronic rapamycin treatment during the developmental period

showed marked adverse effects, such as deterioration of sgstemic condition and atrophy of organs.
The optimal dose and duration of drug therapy remained to be determined.
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