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Results of a 4-Year Viltolarsen Extension Study of Functional and Safety Outcomes
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Approximately 8%—10% of patients with Duchenne Muscular Table 1. Baseline Demographics Figure 4. TTCLIMB: Viltolarsen Cohort vs Natural History Controls
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assessed by western blot after 24 weeks of treatment.> These (102.5,123.4) (99.4,127.1) (99.4,127.1) (102.2,122.2) (96.1,135.9) (96.1,135.9) Baseline 37wk 49wk 73wk 109wk 157wk 205wk
results wer r m r : 17.9 17.4 17.7 17.3 17.6 17.5 .
e_T_%J tSd fe © f_qutO tted by 'dails Sp_ZCt oscc;ply o elated BMVIKa/ms (14.2,200) (15.4,21.9) (14.2,21.9)  (155,216)  (13.9,22.9)  (13.9,22.9) V'”"S‘{,Sﬁg’ﬂ (152 ég ég ;g ég ;g 18
I.m.e unc Io.n ests prOVI € eVI. ence ot treaiment-relate All data are mean (range) unless otherwise specified. ’ 0.10 —
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glucocorticoid treatment—matched DMD natural hiStOFy Control BMI, body mass index; CINRG, The Cooperative International Neuromuscular Research Group; DNHS, Duchenne Natural History Study; wk, week. e
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Significant improvements in timed function tests from baseline,  riq,re 2. TTSTAND: Viltolarsen Cohort vs Natural History Controls < @ g P
Including time to stand from supine (TTSTAND), were shown for = = 2
the viltolarsen-treated group in the phase 2 study.® e S5
Adverse events (AEs) were classified as mild to moderate with T T . g
no treatment-related serious AEs reported, and no participants 0+ @ " ® Viltolarsen
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In the 24-week study (Figure 1). Baseline 37wk 49wk 73wk 109wk 157wk 205wk All 16 participants experienced a treatment-emergent AE (TEAE; Table 2).
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