Efficacy and safety of roxadustat for treatment of anemia in patients I N ELC)E

TUDY
L with lower risk MDS with low red blood cell transfusion burden N=24

Primary endpoint: Proportion of patients with transfusion independence (TI) for =8 consecutive
weeks in the first 28 treatment weeks Eligibility: Baseline serum erythropoietin <400 mIU/mL and
a low packed RBC transfusion burden

TRIAL DESIGN Intervention

@ Roxadustat i Correction phase Maintenance phase

3 x weekly, for 52 weeks [ Tl observed g following 8 weeks of

§ continuous Tl
Cohort1l | 1.5 mg/kg : @ Dose maintained
Cohort2 | 2.0 mg/kg Tl not observed

i @ Adjusted by week 12 i @
Cohort3 | 2.5mg/kg | I § 4-week intervals

EFFICACY Mean duration of TI

Tl for=8 weeks 26.1 weeks B Tl for =20 weeks! 46.3 weeks

Primary
endpoint

Tl by baseline ring sideroblasts or erythropoietin levels

00 06

MDS RS+ MDS-RS- <200 mIU/mL 200-400 mIU/mL

Tl for =8
consecutive weeks

58 weeks (n=13) (n=11) (n=18) (n=6)
1.5 mg/kg (n 37.5%
Tl responders 2.0 mg/kg (n 12.5%

by starting
dose 2.5mg/kg (n 62.5%
52 weeks
Overall (n= 24) 37.5%
SAFETY Most common TEAEs (any grade):

TEAEs 87.5% 20.8
Serious TEAEs 33.3% %

Dyspnea Diarrhea Bronchitis

TEAEs leading to discontinuation 4.2%
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