Efficacy and Safety of Efgartigimod PH20 Subcutaneous in Adult Patients With Primary
Immune Thrombocytopenia: ADVANCE SC, a Global Phase 3 Clinical Trial in Progress
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BACKGROUND

Efgartigimod: A Neonatal Fc Receptor (FcRn) Antagonist!3

N @VOI’ICQ o ADVANCE SC (ARGX-113-2004) Trial Design

Subcutaneous Efgartigimod Phase 3, Multicenter, Randomized, Double-blind, Placebo-controlled Trial in Primary ITP

immune thrombocytopenia study
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ITP |I§tan ?F?uwed autoimmune bleeding disorder characterized by a low platelet count, increased risk of bleeding, and decreased weekly > q2w: platelet count 2100x10%/L for 3 of 4 visits and 2w => weekly: platelet count <100x10%/L on 2 visits OR ‘ |
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* 1gG autoantibodies targeting platelet surface antigens are detected in most patients with ITP >100x10%/L for 3 consecutive visits rescue therapy needed
* Autoantibodies accelerate platelet clearance, can inhibit platelet production, and may impair platelet function

* Splenectomy remains the only treatment that provides sustained remission off therapy for >1 year for a high proportion of patients Concurrent therapy allowed if stable dose/schedule 4 weeks prior to randomization and not changed during the study

unless “insufficient response” at week 12, then concurrent therapy can start or the dose/schedule change*

= \ EOT = end of treatment; ITP = immune thrombocytopenia; IV = intravenous; OLE = open-label extension; PH20 = recombinant human hyaluronidase PH20; g2w = every 2 weeks; g4w = every 4 weeks.
PHASE 2 RESU LTS SU PPORT THE RATIONALE FOR THERAPEUTIC IGG DEPLETION IN PRIMARY ITP *As of week 12, the start or an increase in the dose and/or schedule of permitted concurrent ITP therapy is allowed for participants who have an “insufficient response” (i.e., no platelet count of >30x10°/L in any of the visits during the last 4 weeks.
. . « . . . . These participants will be considered as “non-responders” for the primary endpoint analysis.
* In a randomized, double-blinded, placebo-controlled phase 2 trial in patients with ITP (NCT03102593), intravenous Early discontinuation visit should be performed on the day of early discontinuation.
infusion of efga rtigimod demonstrated a favorable Safety and tolera b|||ty profile, consistent with pFEViOUS studies bpatients who complete the 24-week study period but do not roll over into the OLE trial or patients who discontinue early but do not withdraw consent will complete an 8-week follow-up period consisting of 2 g4w visits.

‘Dosing regimen at visit 16 or the dosing regimen at the last visit at which drug was administered.

* Selective 1gG reduction was observed within a few days in efgartigimod-treated groups, without impacting levels of

other Ig isotypes e Y . W =

- A platelet count 2100x10%/L at any time was achieved by 46.2% and 38.5% of patients receiving efgartigimod 5 mg/kg or PHASE 3 ADVANCE CLINICAL TRIAL PRIMARY ENDPOINT BRSO W
o . . . { »‘ s

D) gy VRS £.250 01 PRI (REEiing [plResos Proportion of patients with a sustained platelet count response, defined as platelet counts of

* The proportion of patients with bleeding decreased in the efgartigimod-treated group, from 46.2% at baseline to a >50x10%/L for 4 of 6 visits between weeks 19 and 24 (corresponding to visits 20—25/EOT)
minimum of 7.7% at day 64, compared with 33.3% at baseline to a minimum of 25.0% at day 50 for the placebo group P
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o
Inclusion criteria . Saffety and toIerabllljcy | FACT-Th6) m-e.asures ’ Recruitment targets (ongoing)
» Confirmed diagnosis of primary ITP 23 months; no known etiology for thrombocytopenia * Incidence and severity of bleeding events * Immunogenicity 117 patients with chronic primary ITP
* Mean p|ate|et count <3Ox109/|_ from 3 qua||fy|ng counts within preceding 3 months * Use of rescue treatment and Changes IN * Pharmacokinetics and pharmaCOdynamiCS <39 patients With persistent primary ITP |
* Response to a prior ITP therapy (other than thrombopoietin receptor agonists) concurrent ITP therapy 170 sites in Asia-Pacific, Europe, Japan,
\
1 1 * 1 > ° ° ° ° \

° Atleast .2 prlor ITP treatments or 1 prior and 1 concurrent TP treatment, stable in dose and frequency 24 weeks before EOT = end of treatment; FACIT = Functional Assessment of Chronic Iliness Therapy Fatigue Scale; FACT-Th6 = Functional Assessment of Cancer Therapy Latin Amerlca, Middle EaSt, Afrlca, and USA v /"

randomization ;Z?r;ogjk;\?:ztopenia 6 Item Version; ITP = immune thrombocytopenia; PRO = patient-reported outcome; QoL = quality of life; SF-36 = 36-Item Short- ) ClinicalTria |S.gOVZ NCT04687072 and NCT04812925 '
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Secondary ITP/thrombocytopenia associated with another condition We gratefully acknowledge the clinicians, patient organizations, and scientists who have collaborated on the design of this trial
* Use of anticoagulants, romiplostim, transfusions, Ig, or plasmapheresis (PLEX) within 4 weeks prior to randomization
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