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Table1l Baseline patient characteristics and disposition

Summary

Objective

Efficacy

Conclusions

To assess the efficacy and safety of rozanolixizumab » MG-ADL CFB to Day 43 (primary endpoint) in both flacee;?o ?LZGZ;)mg/kg ?Lzsl;)) Mol
o . nh= n= n=
. ' ' ' rozanolixizumab 7 mg/kg and 10 mg/kg groups  Rozanolixizumab improved MG-specific
in patients with AChR Ab+ and MuSK Ab+ gMG
What we dld Was Cllﬂlcally meamngfully and hlghly statlstlcally Age, years, mean (SD) 504 (17.7) 53.2 (14.7) 51.9 (16.5) t in MUuSK Ab MG istent
significantly improved compared with placebo in the outcomes in Mu + gV, consisten
 MycarinG assessed Introduction overall population (p<0.001 for both doses; Figure 2) Sex, female, n (%) 47 (70.1) 39 (59.1) 35 (52.2) with results in AChR Ab+ gMG and the
. e |In patients with MuSK Ab+ gMG, CFB to Day 43 combined population
the eﬁ_cacy and safety « gMG is a rare, chronic, heterogeneous and in MG-ADL, MGC and QMG was higher in both R - I
of the FcRn inhibitor unpredictablé Sutoimmune disease caused by rozanolixizumab groups than in the placebo Geographic North America 21 (31.3) 51 (31.8) 18 (26.9 e There were 21 MuSK Ab+ patients in the
rozanolixizumab In pathogenic IgG autoantibodies against NMJ group (Figure 2) oen Asia (inc. Japan) 5 (75) 5 136 600 study, and In these patients the efficacy
. . , e In patients with AChR Ab+ gMG, CFB to Day 43 in MG- | | | | -
patients with AChR Ab+ components such as AChR and MuSK?*2 ADFI)_ rozanolixizumab 7 mgg/kg 303 roza%/olixizumab | results were numerically better than for
and MuSK Ab+ gMG + In MuSK Ab+ gMG, IgG4 autoantibodies bind 10 ma/kg —3.36, placebo —1.10), MGC (—4.45, —6.70, White 461687 4llezl) — 491/34) the overall population; however, the study
MuSK, interfering with normal MuSK function to -1.83) and QMG (-6.14, —7.77, —=3.09) was also higher in Asian 5 (7.5 9 (13.6) 7 (10.4) was not powered for MuSK Ab+ subgroup
reduce post-synaptic AChR clustering, disrupting the rozanolixizumab groups than in the placebo group statistical analysis
............................................................................................................................... : : 2 o
neuromuscular transmission + All 12 patients with MuSK Ab+ gMG with data Race.n %) slack 1LY ’ o0
What f d « MuSK Ab+ gMG is often more severe and harder to available at Day 43 were MG-ADL, MGC and QMG Native Hawaiian/ , ; o, 0 0 e These results indicate that rozanolixizumab
at wetoun treat than AChR Ab+ gMG.* There is an unmet need responders except for one patient who was not a QMG Jaciie ander - - -
S . : . could potentially provide therapeutic
. for efficacious, well-tolerated treatment options? responder (Figure 3) Missing® 14 (20.9) 16 (24.2) 7(104)
e Rozanolixizumab - i ' AT o 0G4 mAD that benefit in the subset of patients with
: e * ROZaNolIXIZumab IS a NuMmanlze m d AChR Ab+, n (%) 59 (88.1) 60 (90.9) 60 (89.6) :
improved MG-specific targets the lgG-binding region of gcRn, accelerating Safety o MuSK Ab+ gMG, who have particularly
outcomes in MuSK Ab+ lysosomal degradation of 1gG, including pathogenic o Safety assessments were performed for patients who MuSK Ab+, n (%) 8 (11.9) > (76) 8 (11.9) limited treatment options*
- : autoantibodies® had received at least one dose of rozanolixizumab Duration of di , ,
gMG, consistent with the | . . . mean(sD) 4 9.3) 0968 9609 » Safety and tolerability outcomes from
ACHR Ab 5 1 e MycarinG (MGO003/NCT03971422) was a Phase 3, * A higher proportion of TEAEs occurred in the | A |
+ and overa double-blind, randomized, placebo-controlled study rozanolixizumab 7 mg/kg (81.3%) and 10 mg/kg (82.6%) MR dicence Class Il 23 (34.3) 29 (43.9) 26 (38.8) MycarinG are presented in this session as
pOpUlatiOnS of rozanolixizumab in patients with AChR Ab+ or groups than in the placebo group (67.2%) class at Class Ill 41 (61.2) 24 (51.5) 29 (58.2) a data blitz, and responder analyses for
MuSK Ab+ gMG¢ - The majority of TEAEs were mild or moderate across P35 the overall population are presented at the
all groups Class IVa/b' 3 (4.5) 3 (4.5) 2 (3.0)

Why It matters

e MUSK Ab+ gMG is often

Methods

e The study included patients with gMG aged >18 years
who were AChR Ab+ or MuSK Ab+, had MGFA Class
II-1Va disease with an MG-ADL score of >3 and a

— The most frequent TEAEs were headache, diarrhea,
pyrexia and nausea
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*Data on race were not permitted to be collected in certain countries.
'Only 1 patient, who was randomized to the placebo group, had Class IVb disease.

. L Figure 2 CFB at Day 43 in MG-ADL (a), MGC (b) and QMG (c)
more severe and harder to QMG score of >11, were considered for additional J Y
' (a) MG-ADL (b) MGC (c) QMG
treat thaﬂ ACh Q Ab+ gMG tl}erggykSUCh as IVlg of PLEX and had d bOdy Welght Overall population MuSK Ab+ Overall population MuSK Ab+ Overall population MuSK Ab+
O Z g ] acepo m m acepo m m ] acepo m m acepo m m 2 ] acepo m m acepo m m
aﬂd these resu tS SuggeSt B AntlbOdy Status for MUSK Ab+ and ACh R Ab+ 4 P(ln=6|;) RLZ(n7=66g)/kg RLZ(ﬁ(im)g/kg Ptn=8t; RLZ(ZZS?/kg RLZ (1n0=8)g/kg ‘21_ P(ln=6?) RLZ(n7:6g)/kg RLZ(I:!.](167)g/kg Pl(n=8k; RLZ(ZZS?/kg RLZ (1r?=8)g/kg o P(ln=6t7)) RLZ(n7:66g)/kg RLZ(:]267)g/kg Pl(n:gg RLZ(ZzS?/kg RLZ (1:28)g/kg
SR . . . . o > | LS mean chanc__;e from O
that rozanolixizumab patients was determined using confirmed positive ’ change from 0 - baseline
. : : : : mean _5 | _2 _
could be a potential medical records of antibodies against MuSK change from 0 - j
. . . _4 —]
treatment option for these » Patients were randomized 1:1:1 to receive weekly a- 6
Stients rozanolixizumab 7 mg/kg, 10 mg/kg or placebo for 8 -6+
P 6 weeks, followed by an 8-week observation period e ~10 - e
(Figure 1) 6 e -
. . . LS mean difference vs placebo (95% Cl) LS mean difference vs placebo (97.5% Cl) -14 _ LS mean difference vs placebo (97.5% Cl) LS mean difference vs placebo (97.5% Cl) LLS mean difference vs placebo (97.5% ClI) LS mean difference vs placebo (97.5% Cl)
® The pr|ma ry endp0|nt Was CFB tO Day 43 |n MG— ADI_ RLZ 7 mg/kg —2.59 (-4.09, —1.25) RLZ 7 mg/kg —9.56 (-15.25, -3.87) L RLZ 7 mg/kg —3.90 (-6.32, -1.49) RLZ 7 mg/kg —15.54 (-22.48, —8.59) RLZ 7 mg/kg —3.48 (-5.27, =1.70) RLZ 7 mg/kg —6.92 (-14.24, 0.41)
. h e Overall pOpUlatiOﬂ —8 - RLZ10 mg/kg —2.62 (-3.99, -1.16) RLZ 10 mg/kg —6.45 (-11.03, 1.86) —16 - RLZ10mg/kg-5.53(-7.93, -3.12) RLZ 10 mg/kg —9.96 (-15.96, —3.96) 12 - RLZ 10 mg/kg -4.76 (-6.54, -2.98) RLZ 10 mg/kg —3.14 (-9.73, 3.45)
score in t
Figure 1 MycarinG study design . . .
g y Y J e Secondary endpoints included CFB to Day 43 in
MG-ADL, QMG and MGC analyzed by autoantibody
0 00 00O
— L Mt subgroup (AChR Ab+ and MuSK Ab+ gMG) Figure 3 MG-ADL (a), MGC (b) and QMG (c) responders at Day 43
e ii e The MG-ADL (>2.0-point improvement), QMG and ) MG-ADL (b) MGC ) QMG
> 4] iiiiii N e o MGC (both >3.0-point improvement) response were Overall population MusK Ab+ Overall population MuSK Ab+ Overall population MuSK Ab+
h . . . . Responders -~ Responders 100 — Responders 100 —
oo !! also assessed in a descriptive post-hoc analysis of i ) o ) o
o " MuSK Ab+ patients 20 - 80 - 30 -
J 70 — 70 — 70 —
— @ e o o o
Placebo
n=67 50 — 50 50 —
dl wkl wk2 wk3 wkd4 wk5 wk6 Resu lts 40 40 40 7
MR AN AN AN AN A 50 - 30 - 30 -
4 weeks dl  Treatment period 6 weeks d4.3 Observation period 8 weeks i} 20 — 20 — 20 -
If rescue therapy ::;Tozgi);\; If r_escuether;py Patlents 10 - 10 - 00 10 -
is necessary greasure s necessar i 0 - 0 — - 0 —
e O TS * A total of 200 patients (21 MuSK Ab+) were = P RZ7myle Mziome  Pecho AZ7mgla RZIOmyi Pacshe WIimgko MZiomghe  flcse  RZ7mghe MZomgha Tacste WITmgho RZigmefo  Pace  R27pghe RZ10mgis
oreceie randomized to rozanolixizumab 7 mg/kg (66 patients

Receive IVIg/PLEX
OR treatment and complete
observation period

[five MuSK Ab+]), rozanolixizumab 10 mg/kg (67

Abbreviations: Ab+, autoantibody positive; AChR, acetylcholine receptor; AChR Ab+, positive for autoantibodies against acetylcholine receptors; CFB, change from
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Participants who
receive IVig/PLEX
cannot enrol into
the OLE study

Total duration per study participant: Up to 18 weeks

[eight MuSK Ab+])

e Baseline characteristics were generally balanced
between groups (Table 1)
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