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Efgartigimod, an engineered Fc fragment that inhibits the activity of the neonatal Fc receptor (FcRn),
was evaluated in an open-label phase 2 adaptive trial (NCT03334058). Thirty-four mild to moderate PV
or PF patients were enrolled to evaluate the safety, pharmacodynamics, pharmacokinetics, and
efficacy of efgartigimod. In four sequential cohorts, efgartigimod was dosed at 10 or 25 mg/kg
intravenously with various dosing frequencies, as monotherapy or add-on therapy to low-dose oral
prednisone. Efgartigimod demonstrated a favorable safety and tolerability profile, consistent with
previous studies of this FcRn inhibitor. We observed a strong association between serum IgG level
reduction, autoantibody level reduction and improvement of pemphigus disease area index (PDAI)
scores and clinical outcomes. 90% (28/31) of patients achieved disease control with a median time of
16 days. Fourteen of 22 (64%) patients on efgartigimod treatment with prednisone 0.1-0.5 mg/kg/d
achieved complete remission (10 mg/kg: median 35 days, range 13-93; 25 mg/kg: 43 days, range 41-
287). These results add to the interim analysis previously presented and support the further evaluation
of efgartigimod as a therapy for pemphigus.



