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CONCLUSIONS

» The safety and efficacy of emapalumab in Chinese patients with previously treated primary hemophagocytic lymphohistiocytosis (pHLH) were consistent with outcomes in the pivotal NI-0501-04 study*
e In total, 10/13 (76.9%) patients had an overall response to emapalumab and 9 (69.2%) patients underwent hematopoietic stem cell transplant (HSCT)

» Eleven (84.6%) patients were alive at 12 months post-HSCT, or following last emapalumab infusion, if HSCT was not performed
» Most adverse events (AEs) were mild or moderate in intensity, with infections being the most common AE; no infusion-related reactions or treatment discontinuations because of treatment-related AEs were reported
o The outcomes of this study support emapalumab as a well-tolerated and effective bridge to HSCT in this critically ill population of treatment-experienced Chinese patients with pHLH

INTRODUCTION

Primary hemophagocytic lymphohistiocytosis is a life-threatening
hyperinflammatory syndrome requiring timely transition to HSCT,
the only potentially curative therapy?

Increased interferon gamma (IFNY) production plays a key role in
the pathogenesis of pHLH?

Emapalumab, a fully human IgG1 anti-IFNy monoclonal antibody,
neutralizes the biologic activity of IFN+y*

Emapalumab has demonstrated efficacy in patients with pHLH
and has a favorable safety profile with no apparent increase in
the risk of AEs with greater drug exposure®?>

Emapalumab was approved in China in 2022 for the treatment

RESULTS

Baseline characteristics and patient disposition

Thirteen Chinese patients with treatment-experienced pHLH
from 7 centers participated in this study between January 29,
2023 and February 21, 2025 (Table 1)

Median total duration of emapalumab dosing was 44 days
(interquartile range [IQR], 36—77; range, 1-100)

All patients received 21 concomitant HLH medication that
included GCs

Eleven (84.6%) patients completed study treatment (Figure 1)
Nine (69.2%) patients underwent HSCT

Safety

All patients experienced >1 treatment-emergent adverse event

(TEAE) prior to HSCT conditioning; most were mild or moderate

in intensity (Table 2)

— Treatment-related TEAEs were observed in 9 (69.2%) patients

Six (46.2%) patients experienced serious TEAEs

— Four serious treatment-related TEAEs (pneumonia respiratory
syncytial viral [n=2], sepsis [n=1], and pneumonia [n=1]) were
experienced by 3 (23.1%) patients

No patient experienced an infusion-related TEAE

e One patient (7.7%) experienced treatment-related TEAEs that

of pHLH in adult and pediatric patients with refractory, required treatment interruption

recurrent or progressive disease or intolerance to conventional

Table 1: Demographics and baseline characteristics
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during the treatment period

o Key secondary endpoint: overall response (achievement of
complete or partial response or HLH improvement) at end
of treatment (EOT) or Week 8, whichever occurred earlier
— A complete response was defined as absence of .
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o Other secondary efficacy endpoints included time to l
first overall response, cumulative duration of response,
glucocorticoid (GC) tapering (250% reduction from baseline
dose for >7 days), survival to HSCT, post-HSCT survival, and
overall survival

 Number of patients who underwent HSCT was an
exploratory endpoint

Figure 1: Patient disposition

Figure 2: Emapalumab efficacy outcomes
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aAt Week 8/EOT (whichever occurred earlier).
EOT, end of treatment; HSCT, hematopoietic stem cell transplant.

Did not undergo HSCT, n=2
JE HSCT not indicated, n=1

e HSCT deemed _ . o .
unaffordable, n=1 o Eleven (84.6%) patients survived to HSCT conditioning (Figure 2)

Underwent HSCT » HSCT was performed in 9 (69.2%) patients
n=9 — Four (30.8%) patients did not progress to HSCT (death,
treatment not successful and patient later died, HSCT was
deemed unaffordable, HSCT was deemed not needed by
investigator [n=1 each])
o Eleven (84.6%) patients remained alive at 12 months follow-up

apatient was withdrawn due to TEAE (not treatment-related) and later died.
HSCT, hematopoietic stem cell transplant; TEAE, treatment emergent adverse event.

HSCT outcomes

o Engraftment was achieved in 8/9 (88.9%) patients

Median donor chimerism was 100% (IQR, 99.4-100; range,
73.1-100)

One (12.5%) of the 8 patients who achieved engraftment
developed graft-versus-host disease

No patient experienced pHLH reactivation

e Survival at 12 months post-HSCT was 100%

References

1. Locatelli F, et al. N Engl J Med 2020;382:1811-1822; 2. Jordan MB, Locatelli F. Pediatr Blood Cancer
2024,71:e30778; 3. De Benedetti F, et al. Nat Rev Rheumatol 2021;17:678-691; 4. Hatterer E, et al. Cytokine
2012;59:570; 5. Jacgmin P, et al. BrJ Clin Pharmacol 2022;88:2128-2139; 6. Swedish Orphan Biovitrum AB.
Gamifant approved in China for treatment of primary hemophagocytic lymphohistiocytosis [press release].
March 18, 2022. Available at: https://www.sobi.com/en/press-releases/gamifant-approved-china-treatment-
primary-haemophagocytic-lymphohistiocytosis. Accessed August 2026.

Acknowledgements
This study was funded by Sobi. The authors wish to acknowledge the investigators, participants and their
families for their contribution to the studies. The authors also wish to acknowledge Kathleen York, CMPP
from Sobi (Basel, Switzerland) and Claudia Berger MS from Sobi, Inc. (Waltham, MA, USA) for publication °
coordination and Stella Cameron, PhD and Blair Hesp, PhD CMPP of Kainic Medical Communications Ltd.

(Dunedin, New Zealand) for medical writing and editorial support, funded by Sobi, based on the authors’

input and direction, and in accordance with Good Publication Practice (GPP) 2022 guidelines °
(https://www.ismpp.org/gpp-2022).
Disclosures

RZ, XZ, and JF have no disclosures. AD is a former employee of Sobi. BP, PH, and RK are employees of Sobi.

RK also has a research affiliation with Karolinska Institutet, Stockholm, Sweden. AR and BDJ are employees

of Sobi, Inc.

Copies of this poster ; °
obtained through QR Code
are for personal use only.

42nd Annual Meeting of the Histocyte Society ® September 26-29, 2026 e Rotterdam, The Netherlands




