LATE DIAGNOSIS OF ATYPE Il/lll MUCOLIPIDOSES

TREATED WITH GH REPLACEMENT THERAPY
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Case report
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Since there were not known
contraindications, GH replacement
therapy was started at age 11y 6m with an
Initial dose of 0.035mg/kg/day and
biannual reassessments were performed.
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Results
After 4 years of treatment the medium growth rate was At the last evaluation the enzymes alpha-iduronidase,
0.42 cm/month and no side effects were reported. iIduronate-2-sulfatase, arylsulfatase B, beta-galactosidase

could be assessed and were higher in plasma - MLII or Ill.

Discussions

“*Corroborating the clinical phenotype, biological data and evolution, this case can be included in MLIII.

*We haven't found in the literature any case of MLIII treated with GH replacement therapy. In our case the treatment was
effective and improved the patient’s quality of life.

‘*Later in the disease course management will be focused on relief of general bone pain associated with osteoporosis, which has
responded in a few individuals to scheduled intermittent IV administration of the bisphosphonate — pamidronate.
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