425P

P

o . JR Mendell,2* Z Sahenk,%2LP Lowes,1-2 . ge N
F IVE'yea r O Utco m es WIt h NF Reash,! MA lammarino,! LN Alfano,? Key fmdmgs
JE Signorovitch,3J Jin,? P Gao,*S Mason,* The 5-year outcomes from Study

delandistrogene moxeparvovec ek Rodinokiapac 101 support the long-term,

!Center for Gene Therapy, Nationwide Children’s Hospital, Columbus, OH, ma nagea ble SafEty prOfiIe d nd

USA; 2The Ohio State University, Columbus, OH, USA; 3Analysis Group,

i n p at i e nts W i t h D u C h e n n e Boston, MA, USA; “Sarepta Therapeutics, Inc, Cambridge, MA, USA. demonstrate stabilisation or

*Employed at Nationwide Children’s Hospital and The Ohio State University at SIOWing Of DM D disea Se

the time of this study; currently employed by Sarepta Therapeutics, Inc.

muscular dystrophy (DMD): roseparvovec, with a profound
divergence from natural history.
A Phase 1/2a study

Introduction Results
Conclusions
* Delandistrogene moxeparvovec is an rAAVrh74 Demographics and baseline patient characteristics
vector-based gene transfer therapy that deliversa . pemographics and baseline characteristics of the patients have been published previously.3
transgene encoding delandistrogene moxeparvovec - _ gc cohort baseline characteristics were comparable with those of patients in the delandistrogene »  Over the 5-year follow-up period, there

micro-dystrophin, an engineered, functional form of
dystrophin shown to stabilise or slow disease
progression in DMD.*

moxeparvovec group.t3

N , were no new safety signals reported after
* At 5 years post-infusion, the mean (range) age of patients was 10.20 (9.07-11.12) years.

the initial 70 days post-infusion,

— Itis approved in the US and in other select Primary endpoint: Safety supporting the manageable and
countries. 511 * AEs occurring at Years 1 and 4 post-treatment have been reported.3:13 consistent safety profile of
. Study 101 (SRP-9001-101; NCT03375164) is a Phase Overall, 75 AEs were reported (most occurred <70 days post-infusion). delandistrogene moxeparvovec.
1/2a, single-dose, open-label clinical trial to ) Elgh;een TR-TEAEs were reporte.d.(all mlo:d o modjrﬁ\te), ” - . Long-term outcomes from this study
evaluate the safety of delandistrogene — The most common \{ve.re von.ntl.nfg and increased liver en.zymes (all reso ve. ). | | support the biological role of functional
moxeparvovec in ambulatory patients with DMD * There were no SAEs, clinically significant complement-mediated AEs, study discontinuations or deaths. , .
3 dystrophin and indicate that
(>4 to <8 years old). . .
delandistrogene moxeparvovec stabilises
. . . . . . . or slows DMD disease progression with an
Ob Ject“[e Figure 2. Change from baseline to year 5 in NSAA total score in the delandistrogene moxeparvovec group , .. brog
versus EC cohort increase in divergence from natural

* We provide a 5-year update on long-term safety and history over time.
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Figure 1 St”d}' design St“dy‘ml conort (n=17) *  The NSAA findings were further
Screening i
I ‘ * Delandistrogene moxeparvovec-treated patients showed a sustained increase in NSAA total score over Forroborated using an
Muscle biopsy 5 years, with a statistically significant and clinically meaningful difference at Year 5 compared with the independent model-based.approac.h
; ‘ EC cohort (Figure 2). (cTAP) that supported the increase in
(' Individualsaged ) Single IV infusion of * All delandistrogene moxeparvovec-treated patients remained ambulant throughout the study duration dlvergen(;e n dlsease. progr.essmn from
24 to <8 years delandistrogene whilst four patients in the EC cohort experienced loss of ambulation at 8.4—11.6 years old (between 18 and natural history over time with treatment.
(N=4) moxeparvovec h di db i
\ Start date: 4 Jan 2017 y (1.33%10%* vg/kg)* 54 months post-adjusted baseline).
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 cTAP modelling showed an increase in divergence of NSAA total score trajectory of delandistrogene
moxeparvovec-treated patients versus their natural history predictions over 5 years of follow-up (Figure 4).
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