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e Findings from ACTIVATE” and ACTIVATE-T® support
the evaluation of mitapivat in pediatric patients with
PK deficiency, independent of transfusion needs

— Two phase 3 studies are in-progress to evaluate
the efficacy and safety of mitapivat treatment in
children with PK deficiency who are not regularly S
transfused (ACTIVATE-Kids; NCT05175105) and Mitapivat

 Stratification factors: Age (1to <6 years, 6 to <12 years, and 12 to <18 years) and Splenectomy status (yes, no)

« A minimum of 6 patients in each age group will then be randomized (2:1) to receive mitapivat or placebo at doses of 1-50 mg
twice daily (BID)

e Study treatment

— Drug will be administered orally (as granules taken with food or tablets swallowed whole) at a dose of 1-50 mg BID,
depending on age and weight (Table 1)
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 Normal Hb response (Hb concentrations in the normal range at least once, 8 weeks or more after a transfusion during the fixed-dose period)

e Enrollment in the ACTIVATE-KidsT study (and ACTIVATE-Kids) is in-progress

« Changes in safety assessments including measurement of sex hormones, sexual maturity rating (Tanner stage), development and assessment of ovarian cysts?

o BJ EC I IVE « Changes over time in height- and weight-for-age z-score, BMI-for-age z-score, and BMD z-score and bone age ratio

« Change from BL in markers of iron metabolism and indicators of iron overload (serum iron, serum ferritin, total iron-binding capacity, hepcidin, transferrin/
transferrin saturation)

e Report the design of the phase 3 ACTIVATE-KidsT study, evaluating the efficacy and safety of mitapivat in children with PK

deficiency who are regularly transfused » Change from BL in HRQoL assessments
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