Suramin May Have a Role in the Treatment of Children With Autism
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SAN DIEGO -- May 26, 2017 -- In a small, randomised, double-blind phase 1/2 study, a 100-year-old drug called suramin, originally developed to treat trypanosomiasis, was safely administered to children with autism spectrum disorder (ASD), who subsequently displayed measurable, but transient, improvement in core symptoms of autism.

In the study, published in the Annals of Clinical and Translational Neurology, 10 boys aged 5 to 14 years with ASD were randomised to receive a single, intravenous infusion of suramin (n = 5) or placebo (n = 5).

All 5 boys who received the suramin infusion displayed improvements in language and social behavior, restricted or repetitive behaviors, and coping skills. 

Assessment of improvements was based upon observational examinations and interviews using standardised tests and questionnaires, such as the Autism Diagnostic Observation Schedule, 2nd edition (ADOS-2), the Expressive One Word Picture Vocabulary Testing (EOWPWT), the Aberrant Behavior Checklist (ABC), the Autism Treatment Evaluation Checklist (ATEC), the Repetitive Behavior Questionnaire (RBQ), and the Clinical Global Impression (CGI) questionnaire. 

To minimise misinterpretation of natural day-to-day variations in symptoms, parents were asked to mark a symptom as changed in the 6-week CGI only if the symptom lasted for at least 1 week.

The researchers found that ADOS-2 scores were improved in the suramin treatment group at 6 weeks, but not in the placebo group. Specifically, ADOS-2 scores improved by -1.6 points in the suramin group, but did not change in the placebo. 

Suramin treatment was also associated with improvements in the ABC, ATEC, and CGI measurements, but not RBQ. The most changed behaviors were social communication and play, speech and language, calm and focus, repetitive behaviors, and coping skills.

The authors said that suramin should be tested in larger, more diverse cohorts of persons with ASD. They said their research has been limited by costs.

Larger and longer trials would include multiple doses of suramin over longer periods of time, allowing researchers to map whether improvements continue or if uncommon side effects appear when participant numbers are greater. 

The US Food and Drug Administration (FDA) has not approved suramin for any therapeutic use in the United States. It is not commercially available. Like many intravenous drugs, when administered improperly by untrained personnel, at the wrong dose and schedule, without careful measurement of drug levels and monitoring for toxicity, suramin can cause harm. Careful clinical trials will be needed over several years at several sites to learn how to use low-dose suramin safely in autism, and to identify drug-drug interactions and rare side effects that cannot currently be predicted. 

The authors strongly caution against the unauthorised use of suramin.
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