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INTRODUCTION OBJECTIVE CONCLUSIONS

o Ti luate th tential of rurioct If I e Although 50 of 92 participants without inhibitors with 2100 EDs to rurioctocog alfa pegol developed binding antibodies, the FVIII inhibitor rate
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immunogenicity, safety, and efficacy of rurioctocog alfa pegol (Adynovate; Baxalta US Inc., T .
a Takeda company, Lexington, MA, USA) in PUPs aged <6 years with severe hemophilia A’ antibodies against FVIII, PEG, and PEG-FVIII from  Notably, PEG-FVIII IgG antibodies were observed in 47 participants without inhibitors, despite fewer participants developing FVIIl or PEG IgG antibodies
this phase 3 study

Approximately 30% of PUPs with severe hemophilia A are estimated to develop neutralizing
antibodies that impair FVIII activity (FVIII inhibitors), a serious complication associated with
FVIIl replacement therapies®*

PARTICIPANT DISPOSITION BINDING ANTIBODIES

Non-neutralizing FVIlI-binding antibodies have also been found in some patients who
do not have FVIII inhibitors.*> Non-neutralizing binding antibodies may alter a protein’s 146 participants were enrolled from 55 sites in 19 countries, of whom 120 received 21 dose of rurioctocog 50 participants without inhibitors with 2100 EDs* tested positive for IgM and/or IgG antibodies, of whom
oharmacokinetic or pharmacodynamic profile; however, the biological significance of alfa pegol 18 were positive for >1 antibody species; persistent and transient PEG-FVIII IgG antibodies were the most

FVIll-binding antibodies remains unclear frequently detected antibody species
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All 120 participants who received 21 dose of rurioctocog alfa pegol were male; median (range) age,
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E Pre-existing antibodies: Positive result at screening or baseline, prior to first rurioctocog alfa pegol exposure : developed a FVIIl not develop a FVIII inhibitor >0.6 to <5.0 BU/mL >5.0 BU/mL
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e Antibody detection required a confirmatory titer threshold of >1:80; therefore, low-titer antibodies
<1:80 may be present in samples reported as antibody negative

*Of the 120 participants in the safety analysis set, 20 discontinued the study or completed the study with <100 EDs and are not included in this analysis. None of these participants
*For additional methodological details, see Horling FM, et al. Blood Adv 2024;8:2726-39. developed a confirmed FVIII inhibitor.

ABBREVIATIONS

BU, Bethesda units; ED, exposure day; ELISA, enzyme-linked immunosorbent assay; FVIII, factor VIII; Ig, immunoglobulin; PEG, polyethylene glycol; PUP, previously untreated patient.
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