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Development of biomarkers to predict immunosuppressive therapy reactivity of
aplastic anemia in children
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We analyzed 113 patients with aplastic anemia (AA) in children and
identified that absence of PNH-type blood cells and telomere shortening are independent poor
prognostic factors for immunosuppressive therapy (IST) reaction (Haematologica 2015). We also
identified that patients with high thrombopoietin (TPO) levels showed significantly lower response
rate to IST (Pediatr Blood Cancer. 2016). Furthermore, we developed a target sequencing system of
184 genes associated with congenital hematopoietic failure (Genetics in Medicine 2017), and
performed on 181 patients with idiopathic AA. In 26 cases, relevant gene mutations were identified,
indicating the usefulness of screening for congenital hematopoietic failure genes in pediatric AA

patients.
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