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Study 201: Double-Blinded, Placebo- Study 202: Open-Label, Long-Term Safety and Efficacy
Controlled Phase 2b Study
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201 ER DG R

R A WA Y 30 mg/kg Bf 50 mg/kg Bf
N=4 N=4 N=4
Baseline Mean 15.64 18.19 11.00
Median 15.58 17.80 11.51
SD (SE) 10.742 (5.371) 5.501 (2.751) 4.668 (2.334)
Min, Max 32,282 11.9,253 54,156
On-Treatment Mean 11.59 41.14 11.79
Median 9.44 38.77 11.81
SD (SE) 7.130 (3.565) 10.097 (5.049) 4.456 (2.228)
Min, Max 5.7,21.7 32.7,543 6.4,17.2
Change from Mean -4.05 22.95 0.79
Baseline Median -6.13 23.40 2.52
SD (SE) 5.834 (2.917) 5.792 (2.896) 7.099 (3.549)
Min, Max -8.5,4.5 15.9,29.0 903,74
p-value* 0.002 0.958
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HF Ffiin 6 7 MAHRTHEER | 6 RIATTHER
(R—=R2FA) | (B67rAHE)*
AR A2k [N 13 13 13
2—/L Mean / LS Mean* | 9.45(0.403) 357.6 (18.51) 115.1 (33.54)
(SE)
Min, Max 7.3,11.8 200, 458
eteplirsen N 12 12 12
Mean / LS Mean* | 9.41 (0.342) 363.2 (12.18) 256.4 (33.11)
(SE)
Min, Max 7.3,11.0 256,416
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