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Learning Objectives

At the end of this presentation, participants will be better able to:

• Evaluate pros and cons of using Emicizumab as compassionate treatment for 

patient with acquired hemophilia

• Understand the need and value of prospective outcome collection (including 

patient reported outcomes) in patient with hemophilia undergoing gene 

therapy.

Choose your own action words to 
start each objective



Emicizumab role in acquired hemophilia

• 0C.06.2: Matthias M Engelen et al. Emicizumab for Acquired Hemophilia A - A Case 

Series

• OC 06.3: Midori Shima et al. Results of the AGEHA trial (Phase III study of Emicizumab 

Prophylaxis for Acquired Hemophilia A). 

• LB 01.2: Andreas Tiede et al. Emicizumab prophylaxis instead of immunosuppressive 

therapy in patients with acquired hemophilia A (AHA)

• PB0193: Praveen Gounder et al Financial impact of switching to emicizumab from 

conventional haemostatic agents in acquired haemophilia A



Emicizumab for acquired Hemophilia A
– University Hospitals Leuven

Matthias M Engelen et al. Emicizumab for Acquired Hemophilia A - A Case Series



Matthias M Engelen et al. Emicizumab for Acquired Hemophilia A - A Case Series











Emicizumab prophylaxis instead of immunosuppressive 
therapy in patients with acquired hemophilia A (AHA)

Andreas Tiede et al. LB 01.2

GTH Acquired Hemophilia Working Group

Ø Assess efficacy of emicizumab to prevent new bleeds
Ø Establish safety of emicizumab in this elderly and fragile 

population of patients

Ø Postpone immunosuppression for at least 12 weeks

Objectives of the GTH-AHA-EMI trial

Figure: Tiede et al. J Thromb Haemost. 2021;19:637–644.

Ø Emicizumab was effective to prevent bleeds in AHA according to a 

predefined efficacy criterion

Ø Emicizumab was safe (thromboembolic events in 2 out of 47 pts)

Ø IST was safely deferred and overall survival was promising

Results of the GTH-AHA-EMI trial



Study overview
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Characteristic N = 47

Age

Median (IQR) – yr 76 (66-80)

Sex – no. (%)

Female 23 (49)

Male 24 (51)

Factor VIII activity in IU/dl

Median (IQR) – IU/dl 1.4 (0.3-5.6)

Factor VIII inhibitor

Median (IQR) – BU/ml 12.2 (4.0-47.2)

Baseline characteristics

• Single-arm, open label, multicenter (Germany, Austria)

• Emicizumab accelerated loading regimen

vDay 1: 6 mg/kg, day 2: 3 mg/kg

• Emicizumab maintenance

v1.5 mg/kg qw for 12 weeks

• Immunosuppression not allowed until end of 

primary efficacy period (12 weeks)

• Primary endpoint: clinically relevant 
breakthrough bleeds

Statistics

Predefined efficacy criterion (emicizumab considered effective if bleed rate significantly 

below that of IST-treated patients in historic GTH-AH 01/2010 study)

Andreas Tiede et al. LB 01.2



Pharmacokinetics
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Patients at risk Clinically relevant bleeds (major and non−major)

Clinically relevant bleeds

0.04 bleeds per 

patient-week*

* below predefined efficacy criterion (p < 0.001)

Steady state after 1 week

Overall survival

91% after 6 months

Andreas Tiede et al. LB 01.2



Financial impact of switching to emicizumab from 

conventional haemostatic agents in acquired haemophilia A

Emicizumab achieved haemostasis rapidly, did not potentiate DIC and appeared to significantly reduce 
the cumulative financial burden of rFVIIa and FEIBA. Full cost effectiveness studies are warranted.

PB0193: Praveen Gounder et al Financial impact of switching to emicizumab from conventional haemostatic agents in acquired haemophilia A



Clinical outcomes in hemophilia gene therapy

• OC 20.1 Bleeding, FVIII activity, and safety 3 years after gene transfer 

with valoctocogene roxaparvovec: Results from GENEr8-1

§ Johnny Mahlangu 

• OC 20.2 Gene therapy in hemophilia A: The impact of valoctocogene 
roxaparvovec on patient outcomes – initial results from Patient 

Reported Outcomes, Burdens and Experiences (PROBE) from the 

GENEr8-1 trial.

§ Mark W. Skinner

• OC 20.5 The WFH Gene Therapy Registry: A Collaborative Approach 

Towards a Global Resource for the Long-term Follow-up of People with 

Hemophilia Treated with Gene Therapy

§ Barbara Konkle 



For participants who discontinued the study, missing FVIII values post-discontinuation were imputed to be 0 IU/dL through the data cutoff date for the analysis.

CSA, chromogenic substrate assay; FVIII, factor VIII; mITT, modified intent-to-treat; OSA, one-stage assay; SE, standard error; Q, quartile.

Year 3 FVIII (N = 132)

CSA
Mean: 18.4 IU/dL

Median (Q1, Q3): 8.3 (3.0, 17.2) IU/dL

Range: 0–217.7 IU/dL 

OSA

Mean: 29.7 IU/dL
Median (Q1, Q3): 16.2 (5.5, 31.7) IU/dL

Range: 0–291.4 IU/dL

Year 4 FVIII (n = 17)

CSA
Mean: 15.2 IU/dL

Median (Q1, Q3): 7.4 (4.7, 11.9) IU/dL

Range: 0–80.4 IU/dL

OSA

Mean: 22.1 IU/dL
Median (Q1, Q3): 13.2 (8.6, 20.5) IU/dL

Range: 0–99.2 IU/dL
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Bleeding, FVIII activity, and safety 3 years after gene transfer 

with valoctocogene roxaparvovec: Results from GENEr8-1



Reduction in treated bleeds maintained over 3 years

Missing data were not imputed. aYear 3 data were based on N = 110 due to participants who discontinued from the study.

ABR, annualized bleeding rate; SD, standard deviation; Q, quartile.
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82.9% reduction in treated 
bleeds over all post-prophylaxis

compared with baseline

(P <0.0001)

Percentage of participants with 0 treated bleeds
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Baseline characteristics1 ITT (N = 134)
Age, years, mean ± SD 31.7 ± 10.3

Race, n (%)

White 96 (71.6)

Asian 19 (14.2)

Black or African American 15 (11.2)

Hawaiian or Pacific Islander 1 (0.7)

Not provided 3 (2.2)

Hispanic or Latino ethnicity, n (%) 7 (5.2)

BMI, kg/m2, mean ± SD 25.3 ± 4.6

Medical history, n (%)

Hepatitis B 20 (14.9)

Hepatitis C 41 (30.6)

HIV 2 (1.5)

Number of problem joints,a n (%)

0 97 (72.4)

1 17 (12.7)

2 9 (6.7)

3 8 (6.0)

>3 3 (2.2)

aProblem joints were those with chronic joint pain, chronic synovitis, hemophilic arthropathy, limited motion, or recurrent bleeding.

BMI, body mass index; HIV, human immunodeficiency virus; ITT, intent-to-treat; PROBE, Patient Reported Outcomes, Burdens and Experiences; SD, standard deviation. 

1. Ozelo M, et al. N Engl J Med. 2022;386(11):1013-25. 

Participant characteristics and disposition

ITT population
All participants infused 

N = 134

Week 52 PROBE scores
n = 129/132 (98%)

Week 104 PROBE scores
n = 126/130 (97%)

Baseline PROBE scores 
n = 124/134 (93%)

18



19

***P <0.001 compared to baseline using a linear mixed model. Data are mean ± SD or change from baseline (95% CI).

CI, confidence interval; PROBE, Patient Reported Outcomes, Burdens and Experiences; SD, standard deviation.

PROBE total scores improved 

at weeks 52 and 104

0

0.25

0.5

0.75

1

M
e
a
n
 P

R
O

B
E

 s
c
o
re

 ±
 S

D
 

Baseline Week 52 Week 104

***

***

0

0.02

0.04

0.06

0.08

0.1

C
h
a
n
g
e
 f
ro

m
 b

a
s
e
lin

e
 (

9
5
%

 C
I)

Week 52 Week 104



*P <0.05, **P <0.01, ***P <0.001 compared to baseline using generalized estimating equations assuming Bernoulli variances with identity link and exchangeable outcome correlations. 

CI, confidence interval.
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Outcomes for activities of 

daily living and mobility improved

**P <0.01 compared to baseline using generalized estimating equations assuming Bernoulli variances with identity link and exchangeable outcome correlations.

CI, confidence interval.
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Questions?


