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Fokus Immunthrombozytopenie (ITP)




ITP 1: Avatrombopag bei frGher versus bei chronischer ITP

Avatrombopag for Adults with Early Versus Chronic Immune Thrombocytopenia by Hanny Al-Samkari
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ITP 1: Avatrombopag bei friher versus bei chronischer ITP

Results: Platelet OQutcomes

i A ChronicITP P
Outcome Persistent ITP
N =52 value
N=23
Response, n (%) 19 (91) 46 (96) 0.58
Response fraction, mean (95% Cl) 0.74 (0.59-0.89) 0.84 (0.76-0.92) 0.16
Complete response, n (%) 18 (86) 39 (81) 0.78

Complete response fraction, mean
(95% CI)

0.54 (0.36-0.72) 0.66 (0.55-0.78) 0.26




ITP 1: Avatrombopag bei frGher versus bei chronischer ITP

Results: Platelet Outcomes
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ITP 2: Romiplostim initial hochdosiert vs. niedrigdosiert

EfPatient Outcomes after Initial High Dose Versus Low Dose Romiplostim for Inpatient Management of Immune Thrombocytopenia by Elizabeth

King
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ITP 2: Romiplostim initial hochdosiert vs. niedrigdosiert

THROMBOTIC EVENT AT 90 DAYS
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ITP 2: Romiplostim initial hochdosiert vs. niedrigdosiert

THROMBOTIC EVENT FREE SURVIVAL

Romiplostim Initial Dose - <5 mcg/kg = >=5 mcg/kg
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ITP 3: Risiko von Infektionen bei ITP

i

The Risk of Infections in Adults with Primary Immune Thrombocytopenia (ITP) by Anna Frandsen

9




ITP 3: Risiko von Infektionen bei ITP

Subgroups of infection

7 groups of infections @J—L®

CNS
Candidiasis and other fungal

1. Respiratory

2. Urogenital

3. Bloodstream

4, Gastrointestinal %
5. Tissue and musculoskeletal --..._P 0°a-9
6.

F

All (combined group of the 7 subgroups)
Defined as the first of any type of infections

The Risk of Infections in Adults with Primary Immune Thrombocytopenia (ITP) by Anna Frandsen
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ITP 3: Risiko von Infektionen bei ITP

Cumulatlve mmdences
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Key takeaways
Higher incidence of infections in
patients in all subgroups

1-year cumulative incidence in the
overall group:

Patients 17.71% [16.54-18.92]
Comparators 6.12% [6.00-6.24]

Highlighted subgroups
Respiratory infections

20-year cumulative incidence:
Patients 45.81 [43.25-48.32]
Comparators 36.74 [36.33-37.15]

Blood stream infection
Largest difference between patients
and comparators

The Risk of Infections in Adults with Primary Immune Thrombocytopenia (ITP) by Anna Frandsen
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ITP 4: BTK-Inhibitor Rilzabrutinib bei rezidivierter ITP

Initial Report of Part B Phase 1/2 Efficacy and Safety Results for Bruton Tyrosine Kinase Inhibitor Rilzabrutinib in Patients with Relapsed Immune
Thrombocytopenia by Nichola Cooper =
—— —
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ITP 4: BTK-Inhibitor Rilzabrutinib bei rezidivierter ITP

Efficacy: Responder and Non-Responder
* 9 (35%) patients (95% Cl, 17%, 56%) achieved primary endpoint of durable response

—  Durable response: platelet counts 250%10%/L on 28 of the last 12 weeks without rescue medication

* 11 (42%) Responder patients continued in the LTE period (n = 9 met primary endpoint + n = 2 LTE eligible)
—  LTE eligibility: Platelet counts 250 *10%/L or 230 *10%/L and doubling of baseline for 24 of last 8 weeks without rescue medication
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Initial Report of Part B Phase 1/2 Efficacy and Safety Results for Bruton Tyrosine Kinase Inhibitor Rilzabrutinib in Patients with Relapsed Immune
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ITP 4: BTK-Inhibitor Rilzabrutinib bei rezidivierter ITP

Time to First Platelet Count 250x10°/L
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For all patients (KM estimate; N = 26)
Median = 95.5 d (95% CI, 15-NA)

For LTE eligible patients (n = 11)
Median = 15% (95% CI, 8-57)
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Initial Report of Part B Phase 1/2 Efficacy and Safety Results for Bruton Tyrosine Kinase Inhibitor Rilzabrutinib in Patients with Relapsed Immune
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ITP 5: Efgartigimod bei ITP

Time to Achieve Platelet Count Response after Intravenous Efgartigimod in Adults with Primary Immune Thrombocytopenia: A Phase 3,

Multicenter, Double-Blinded, Placebo-Controlled, Randomized Clinical Trial (ADVANCE IV) by Catherine Broome
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ITP 5: Efgartigimod bei ITP

Efgartigimod Competitively Inhibits FcRn

Efgartigimod

and fewer IgG
(auto)antibodies are
recycled back into

the bloodstream?
Efgartigimod binds
to FcRn competing
with IgG*?
Unbound IgG
(auto)antibodies enter
the lysosomal FcRn-bound
degradation complexes are
pathway*? rescued from cellular

degradation
pathways?3

o

&
IgG
autoantibody

N

1gG
antibody

® %

FcRn

Efgartigimod*

Time to Achieve Platelet Count Response after Intravenous Efgartigimod in Adults with Primary Immune Thrombocytopenia: A Phase 3,

Multicenter, Double-Blinded, Placebo-Controlled, Randomized Clinical Trial (ADVANCE IV) by Catherine Broome
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ITP 5: Efgartigimod bei ITP

Significant Platelet Count Increases Compared With Placebo
Were Seen by Week 11

-»— Efgartigimod
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* 38.4% (n=33) of efgartigimod-treated participants compared with 11.1% (ni] of placebo-treated participants
achieved a platelet count of 230x10°/L in 1 week!

LS, least squares. Georgetown | Lombardi

1. Broome O, = al. Lancer. 2023;402:1648-59,
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Time to Achieve Platelet Count Response after Intravenous Efgartigimod in Adults with Primary Immune Thrombocytopenia: A Phase 3,
Multicenter, Double-Blinded, Placebo-Controlled, Randomized Clinical Trial (ADVANCE IV) by Catherine Broome - —
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ITP 5: Efgartigimod bei ITP

A Greater Proportion of Participants in the EFG Group Had a Platelet
Count Response by Week 6 Compared With Those in the PBO Group

Time to Platelet Count Response (2 Consecutive Platelet Counts of 250x10°/L)
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Number at risk Time (weeks)
Ef'gz rﬁgimod B6 73 58 53 50 42 38 33 32 27 27 27 26 0
Placebo 45 44 42 41 38 37 34 27 26 25 23 21 21 0

» Based on KM analysis, 31.8% of participants receiving efgartigimod and 2.2% of those receiving placebo
achieved platelet count responses by Week 6

EFG, efgartigimod; KM, Kaplan-Meier; PBD, placebao.
Bashed black line denotes 50% response in the EFG anm.
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Time to Achieve Platelet Count Response after Intravenous Efgartigimod in Adults with Primary Immune Thrombocytopenia: A Phase 3,
Multicenter, Double-Blinded, Placebo-Controlled, Randomized Clinical Trial (ADVANCE 1V) by Catherine Broome - —
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ITP 6: CD19 CAR-T-Zellen bei ITP

The Therapeutic Efficacy of CD19 Chimeric Antigen Receptor T Cells in Immune Thrombocytopenia Model by Yun Wang
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ITP 6: CD19 CAR-T-Zellen bei ITP

Results

* Platelet count

1500
. Control T

-& CAR-T

1000+

—
=4
=
1
-

-
o
=
=)
1
2
[
|
-

1000+

8
]

- |eoee

LR A

S
L

5004

500+ 1| G

Platelet count(10°/L)

S
(]

Flatelet count of day 14(1 Ug."L}
|
Platelet count of day21t10“fL}

(=1
=

T T T
Control T CAR-T Control T CAR-T

(n =5; *p < 0.05; ns: not significant)

The Therapeutic Efficacy of CD19 Chimeric Antigen Receptor T Cells in Immune Thrombocytopenia Model by Yun Wang
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ITP 6: CD19 CAR-T-Zellen bei ITP

* Anti-platelets in serum
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The Therapeutic Efficacy of CD19 Chimeric Antigen Receptor T Cells in Immune Thrombocytopenia Model by Yun Wang
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ITP 7: Mesenchymale Stromazellen bei ITP

i

Efficacy and Safety of Human Umbilical Cord-Derived Mesenchymal Stem Cells in the Treatment of Immune Thrombocytopenia: A Prospective,
Single Centre, Single Arm, Phase | Trial by Xu Yanmei @
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ITP 7: Mesenchymale Stromazellen bei ITP
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Efficacy and Safety of Human Umbilical Cord-Derived Mesenchymal Stem Cells in the Treatment of Immune Thrombocytopenia: A Prospective,
Single Centre, Single Arm, Phase | Trial by Xu Yanmei ﬁ
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und am Ende....

Vielen Dank fur
lhre Aufmerksambkeit
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