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ZOLGENSMA?® Suspension for Intravenous Infusion
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# < WE #F(ko) A1 £ (vg) BAEFH (ML)
26-3.0 3.3x 10" 16.5
3.1-35 3.9x 10% 19.3
3.6-4.0 4.4 x 10% 22.0
41-45 5.0 x 10 24.8
46-5.0 5.5x 10% 27.5




# A M E #F(kg) A £ (vg) AAEEH (ML)
51-55 6.1 x 10 30.3
56-6.0 6.6 x 10 33.0
6.1-6.5 7.2 x10% 35.8
6.6-7.0 7.7 x 10% 38.5
7.1-75 8.3 x 10* 41.3
7.6-8.0 8.8 x 10* 44.0
8.1-85 9.4 x 10% 46.8
8.6-9.0 9.9x10% 49.5
9.1-95 1.05 x 10%° 52.3
9.6 -10.0 1.1 x 10% 55.0

10.1-10.5 1.2 x 10% 57.8
10.6 -11.0 1.21 x 10%° 60.5
11.1-115 1.27 x 10%° 63.3
11.6-12.0 1.32 x 10*° 66.0
12.1-125 1.36 x 10*° 68.8
12.6 -13.0 1.44 x 10*° 71.5
13.1-135 1.49 x 10%° 74.3
13.6-14.0 1.54 x 10*° 77.0
14.1-145 1.59 x 10%° 79.8
14.6 -15.0 1.65 x 10%° 82.5
15.1-155 1.71 x 10*° 85.3
15.6-16.0 1.76 x 10*° 88.0
16.1-16.5 1.82 x 10*° 90.8
16.6-17.0 1.87 x 10*° 93.5
17.1-175 1.93 x 10%° 96.3
17.6 -18.0 1.98 x 10%° 99.0
18.1-18.5 2.04 x 10%° 101.8
18.6 -19.0 2.09 x 10%° 104.5
19.1-19.5 2.15 x 10%° 107.3
19.6 - 20.0 2.20 x 10° 110.0
20.1-20.5 2.26 x 10%° 112.8
20.6-21.0 2.31x10% 1155
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3.1 W {2¥$H % > F iR (Pharmacovigilance Plan)

3.1.1 i» H (Package insert)
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3.2 Fp Zolgensma Registry Study
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3 %5 AVXS-101-RG-001
322 i & #% P & (Primary objectives):

3.2.3

#*i5 SMA 5% e »x o (To assess the effectiveness
of treatments for SMA )

% AVXS-101 & # % >+ - (To assess the long
term safety of AVXS-101)

TR * AVXS-101 ipd 22 SMA i A Bt a ] F
TR G A S E R L il F R %
2 U BRA LE 22k *& o (To characterize the risk of
thrombocytopenia, hepatotoxicity, ganglionopathy,
thrombotic microangiopathy, and cardiac adverse
events (AEs) in SMA patients treated with AVXS-101)
e SMA i 4 2 BE#3 # 5 » (To assess overall
survival of all patients with SMA)

=t & i85 P #& (Secondary objectives):



o T %75 K PR f1 * I o (To assess healthcare
utilization)

° Fhopt R —"Ff 2_ f # - (To assess caregiver burden)

* FERRBAF AT KR (To assess patient
functional independence)
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