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Supplementary Information

Supplementary Figures

Fig. S1. Validation of MO sequencesin vitro

HelLa cells

A MO1 sequence

24h 48h 72h
SCR MO SCR MO SCR MO

MO2 sequence
24h 48h 72h
SCR MO SCR MO SCR MO
- e o= - SOD1
—— —————— v —— e « Actin

=~

Arbitrary Unit

Arbitrary Unit

06

MO1 sequence

| I

SCR  24MO  48SCR  48MO  72SCR  72M

MO2 sequence

72

SCR  26MO 48 SCR s 1o 725CR

(A) Western blot analysis of SOD1 level at 24, 48 afch7after transfection of HelLa cells with

MO1, MO2 or scr-MO (20ug/each{B) Quantification analysis of SOD1 levels in MO1 or RIO

transfected Hela cells respect to scramble tratesfed@he western blots are representative of at

least three independent experiments for each gondit

SCR: scr-treated cells, MO: cells treated with Bdi@ sequences. Values are means + SEM of

SOD1-actin expression levels & 3), *P < 0.01.



Fig. S2. Systemic injection of Modified-M O fails silencing of SOD1 protein
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(A) Western blot and quantification analysis of SODZ&len spinal cord and brain of pups treated
both ICV (80ug, PO) and IP (at PO, P3 and P6, 80jgtions) with Modified-MO. Tissues
collected 2 or 4 weeks after the treatméB). Western blot and quantification analysis of SOD1
level in spinal cord and brain of adult mice trelasgstemically (at P120, 1V, 12.5 mg/kg twice in a
week) with Modified-MO. Tissues harvested the diigrahe second treatment.

Values are means + SEM of SOPfactin expression levelsn(= 3). The western blots are
representative of at least three independent expeais for each condition. SCR: scr-treated mice;

MO: mice treated with Modified-MO, wt: wild-type ©g.



Fig. S3. MO treatment improves the size of myofibers in skeletal muscle of treated

mice

Wild type SCR MO2

Representative images of quadriceps at the enc sihglisease (n=3/each group) stained with
haematoxylin and eosin of WT, scr-treated SOD1 moasd MO2-treated SOD1 mouse.
Approximately 500 non-overlapping myofibers fromceamuscle were randomly selected and
photographed at 40x magnification. The images shavenrepresentative of three independent
analysis.

Scale bar: 10Qim. SCR: scr-treated mouse, MO2: MO2-treated mouse.



