Treatment of high risk MDS

Allogeneic stem cell transplantation
Chemotherapy (intensive or not)
Hypomethylating agents (HMA)

Others (mainly in combination with HMA)



Treatment of high risk MDS

 Chemotherapy (intensive or not)
 Hypomethylating agents (HMA)
e Others (mainly in combination with HMA)



Allo SCT remains the only curative treatment in
higher risk MDS
(Platzbecker, BBMT, 2012)

1I

0,89
z
%
a8 067
2
o
5
= Allogeneic HCT (MN=126)
; 0,4_ L 1 L T e b
“ 1

0,27

AZA (N=128)
0.0 T T T T T
0 1 2 3 4 L5}

Years after begin of AZAIHCT

Median follow-up of 20 months E::;c?:phone des
3-year OS was 39% for HCT and 7% for 5-az VSR RR RS



Outcome of higher risk MDS
333@3‘533";?’6? according to donor availability: m

Robin, Leukemia, 2014

« 163 patients : 21%no donor; 71% HLA-matched donor (34% sibling and
37% unrelated) and 9% patients HLA mismatched donor

« 117 patients treated by AZA and 40 by CT. marrow blasts < 10% achieved in
68% and 57% for patients without and with donor
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Allo SCT: preceded or not by chemotherapy or
hypomethylating agents (HMA) ?

— marrow blasts <10% : immediate transplant

— marrow blasts > 10%
* Normal karyotype : intensive chemo prior to transplant
« Unfavorable karyotype: HMA prior to transplant
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REGULAR ARTICLE € blood advances

Haploidentical transplant in patients with myelodysplastic syndrome

Marie Robin,’ Raphael Porcher,® Fabio Ciceri,* Maria Teresa van Lint,® Stella Santarone,® Gerhard Ehninger,7 Didier Blaise,®

Zafer Giillbas,® Soledad Gonzales Muiiiz,'® Mauricette Michallet,'' Andrea Velardi,'? Linda Koster,'® Johan Maertens,'* Jorge Sierra,'®
Dominik Selleslag,'® Aleksandar Radujkovic,'” José L. Diez-Martin,"® Lothar Kanz,'® Concepcion Herrera Arroyo,?° Dietger Niederwieser,?'
He Huang,?? Andrew McDonald,?® Theo de Witte,2* Yener Koc,?® and Nicolaus Kroger?®

e 228 patients transplanted between 2007 and 2014
e Mmedian age 56 years, 37% AML transformation Ex vivo T-cell depletion in 34 patients.

e 102 posttransplant cyclophosphamide (PT-CY) as GVHD prophylaxis.

1.0 1.0 4
=
= =)
= i = .
= Z o8 ‘S 08
= 7 =
= [+
= D 0.6 - € 06 1 No PT-CY
@ T A
= IS5 PT-CY =3
s 2 0.4 H c S 0.4+
[<5] wv E
3 8 I PT-CY
i No PT-CY J i
0.2 g o2 No PT-CY S 02
o
0.0 - 0.0 - 0.0
T T T T T T T l T T T T T T T T T T T T T
0 6 12 18 24 30 36 0 6 12 18 24 30 36 0 6 12 18 24 30 36
Months from transplant Months from transplant Months from transplant
No. at risk No. at risk No. at risk
PT-CY 102 58 42 26 20 17 12 PT-CY 102 50 38 26 19 16 12 PT-CY 102 50 38 26 19 16 12
NoPT-CY 126 54 36 32 27 21 19 NoPT-CY 126 52 32 26 22 19 17 NoPT-CY 126 52 32 26 22 19 17

Figure 2. Outcomes according to the use of PT-CY in GVHD prophylaxis. (A-C) Shown are the OS, PFS, and NRM rates. Blue curves indicate PT-CY patients, and yellow
curves indicate no PT-CY patients.



Poor outcome of allo SCT If very poor karyotype
and/or TP 53 mutations)
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Survival by 5-group cytogenetic classification.

The NEW ENGLAND JOURNAL of MEDICINE

ORIGINAL ARTICLE

Prognostic Mutations in Myelodysplastic

Syndrome after Stem-Cell Transplantation
R.C. Lindsley, W. Saber, B.G. Mar, R. Redd, T. Wang, M.D. Haagenson,

P.V. Grauman, Z.-H. Hu, S.R. Spellman, S.J. Lee, M.R. Verneris, K. Hsu,
K. Fleischhauer, C. Cutler, J.H. Antin, D. Neuberg, and B.L. Ebert

B Overall Survival, According to TP53 Mutation Status
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Bejar et al. ASH 2012 abstract #311



Etude DACORAL( GFM- ASTX 727 post allo)
“Preventive” Post-transplant ASTX 727 in very high
risk MDS patients: a phase Il prospective study

Inclusion criteria

. Groupe
Patients aged from 18 to 70 years Francophone des
MDS according to WHO with a very Myélodysplasies

complex cytogenetic (according to IPSS-
R) or TP 53 gene mutation

e ASTX 727 (decitabine + cedazuridine) started on
day 40

* Immunosuppression stopped on day 70
* DLI started on day 100



Treatment of high risk MDS

* Allogeneic stem cell transplantation

* Hypomethylating agents
e Others (mainly in combination with HMA)



Survival
with Anthracycline-AraC Chemotherapy
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80 * CRin 45 to 60% patients
692 * Very low CR if complex
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4B * Median CR duration 1
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CPX-351 (cytarabine and daunorubicin)
Liposome 7+3 in Older Patients With
SAML

CPX 351
Elderly sAML

Randomize :11

CPX-351 significantly improves :
Median overall survival versus 7+3 (9.56 v 5.95 months)

Remission rate (47.7% v 33.3%; P = .016)

Outcome after SCT
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J. Lancet et al. J Clin Oncol 2018



Table: Baseline Characteristics of Patients with RAEB-t AML

Characteristic, n (%) CPX-351 (n=42) 7+3 (n=135)
Age
60-69 years 26 (62) 21 (60)
70-75 years 16 (38) 14 (40)
Male sex 25 (60) 25 (71)
ECOG performance status
0 14 (33) 10 (29)
1 23 (55) 19 (54)
2 5(12) 6(17)
AML type
de novo AML with MDS karyotype 11 (26) 3(9)
History of MDS with prior HMA treatment 16 (38) 14 (40)
History of MDS without prior HMA 3(7) 5(14)
treatment
History of CMML 5(12) 4(11)
Therapy-related AML 7(17) 9 (26)
Karyotype n=41 n=31
Adverse 19 (46) 11 (36)
Non-adverse 22 (54) 20 (65)
‘White blood cell count n=42 n=35
<20x10%/L 38 (91) 32 (91)
220x10°/L 4(10) 309)
Platelet count n=42 n=35
o o o <50x10°/L 24(57) 22 (63)
Subanalysis of Patients with il it i
FLT3 mutation® n=36 n=30

sAMIRAEB-t Enrolled in a Phase 3 Nemive 5 o2 260

RAEB-t, refractory anemia with excess of blasts in transformation; AML. acute myeloid leukemia;
ECOG, Eastern Cooperative Oncology Group; MDS, myelodysplastic syndrome: HMA,

St%dy Of CPX_3 51 Vers%s CO n ‘Z)en tio ndl ?ypomethylali.ug agents; CMML, chronic myelomonocytic leukemia; FLT3, FMS-like tyrosine kinase

7 + 3 Cytdrdbine dnd Dd%nor%bicin Figure: OS by treatment arm in patients with RAEB-t AML
Tara L. Lin et al ASH 2017 e
CPX-351 25/42 12.50 (7.75,.)

80% 743 28/35 5.95 (4.27, 9.46)

HR=0.54 (0.32,0.94)
60%
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40% -

20%

0%
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7+3 (35 26 17 13 10 &) 3 3 2 1 1 0
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Months from Randomization

OS, overall survival; RAEB-t, refractory anemia with excess of blasts in transformation;
AML, acute myeloid leukemia; CI, confidence interval; HR, hazard ratio.



AZA-001: OS — azacitidine ve
LDAC

(Brit J Haematol, 2010)
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Treatment of high risk MDS

* Allogeneic stem cell transplantation
 Chemotherapy (intensive or not)

e Others (mainly in combination with HMA)
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AZA 001:Overall Survival: Azacitidine vs CCR

ITT Population
Log-Rank p=0.0001
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AZA 001:Azacitidina actua de manera lenta

« response after 2 to more than 6 cycles

« Continuing treatment improves responses in 48% of the cases
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0.2 4

0.1 4

0
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Abs 227 — CO — L R SILVERMAN et al.



AZA 001 trial:Secondary Endpoints:
IWG (2000) CR,PR and HI

AZA
N=17
9
Resporss (%)
Overall (CR+PR) 29
CR 17
PR 12
WG rli
VIgijor-=\Vlinc
Mzjor-+Vino 49

r



AZA-001: 2-year OS with azacitidine by best
response (IWG 2000) (Gore, 2012)
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IWG = International Working Group; Hl = haematological improvement Adapted from List AF, et al. Oral presentation at

PR = partial response; CR = complete response ASCO0 2008, Chicago, IL [abstract 7006]



AZA in patients older than 80 years

(Itzykson, Blood, 2011)
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Side effects of hypomethylating
agents

» Cytopenias
— Anemia : transfusions
— thrombocytopenia: transfusions (+TPO
agonists ?)
— Neutropenia
« G-CSF?
* Infection prophylaxis ?

e Local side effects (AzA subcutaneously) (do
not purge needle, local treatments...)



Impact Of Cytogenetics and Cytogenetic Response On Outcome In Myelodysplastic Syndromes (MDS)
treated With Azacitidine (AZA). A Collaborative Study In 878 Patients

Marie Sebert”, Rami S Komrokji, MD?, Mikkael A. Sekeres, MD, MS3, Thomas Prebet, MD PhD#, Thomas Cluzeau, MD, PhD®", Valeria Santini, MDY,
Alessandro Sanna’, Najla H Al AliZ", Sean Hobson®", Virginie Eclache, MD?", Alan List, MDZ, Pierre Fenaux, MD, PhD? and Lionel Ades, MD, PhD!
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Impact of Cytogenetics on OS (compared
to NK)

Cytogenetic n Hazard Ratio (95% Cl)
isolated del(20q9) 27 -
isolated del(5q) 19 —o—
Isolated trisomy 8 52 -o—
Reference
Normal 297 ® Groupe
Francophone des
Trisomy 8 127 - Myélodysplasies
del20q 64 —-o—
isolated del(7q) 48 o—
3926 26 —
Complex 272 —o—
non isolated -7/del(7) 195 —o—
monosomal 218 —o—
non isolated del(5q)/-5 212 ——
del(17p) 63 —_—
Better Worse
<€ >




Groupe

2012 120: 5084-5085

doi:10.1182/blood-2012-09-453555 Francophone des
Myélodysplasies

The revised IPSS is a powerful tool to evaluate the outcome of MDS
patients treated with azacitidine: the GFM experience

Mathilde Lamarque, Sophie Raynaud, Raphael ltzykson, Sylvain Thepot, Bruno Quesnel, Francois
Dreyfus, Odile Beyne Rauzy, Pascal Turlure, Norbert Vey, Christian Recher, Caroline Dartigeas,
Laurence Legros, Jacques Delaunay, Sorin Visanica, Aspasia Stamatoullas, Pierre Fenaux and
Lionel Ades
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Figure 1. OS according to IPSS-R score in MDS patients treated with AZA with a
median follow-up time of 41.4 months.



Prognostic factors of treatment with AZA ?

® French ATU program 282 patients
® \Validation with AZA-001 patients (n=161)
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» Retour au sommaire



Leukemia (2011) 25, 1147-1152
© 2011 Macmillan Publishers Limited All rights reserved 0887-6924/11

www.nature.com/leu

ORIGINAL ARTICLE

Impact of TET2 mutations on response rate to azacitidine in myelodysplastic syndromes
and low blast count acute myeloid leukemias

R Itzykson''?, O Kosmider®'?, T Cluzeau®, V Mansat-De Mas®*, F Dreyfus®’, O Beyne-Rauzy®, B Quesnel”, N Vey®,
V Gelsi-Boyer?, S Raynaud'®, C Preudhomme'', L Ades', P Fenaux' and M Fontenay2 on behalf of the Groupe Francophone
des Myelodysplasies (GFM)

10

Mutated TET2 (p=0.04) and -
favorable cytogenetic risk i
predicted higher response rate £
ig "
Response duration and
overall survival however, " """""""
comparable in the MUT and oo
WT groupsl 0 6 12 18 24 M::m 36 42 48 54 60
G Groupe Figure 1 Overall survival according to TET2 status. Kaplan-Meier
Francophone des plot of OS in the 86 patients depending on TET2 status. Curves of TET2
Myélodysplasies mutated (MUT) patients are given as a plain line and TET2 WT patients

as a dotted line (log-rank test: P=0.6).



TO THE EDITOR:

Long-term survival of older patients with MDS treated with
HMA therapy without subsequent stem cell transplantation

Amer M. Zeidan,'? Maximilian Stahl,’? Xin Hu,2 Rong Wang,?? Scott F. Huntington,'? Nikolai A. Podoltsev,"? Steven D. Gore,'?

Xiaomei Ma,?® and Amy J. Davidoff24

Figure 1. Kaplan-Meier survival curves. (A) RAEB patients
(N = 336). (B) RAEB patients (N = 336) stratified by type of
HMA used (azacitidine [AZA], N = 266 vs decitabine [DEC],
N = 70). (C) RAEB patients (N = 33¢) stratified by those
receiving =6 cycles (N = 159) or <6 cycles (N = 177) of the
HMA.
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Treatment of high risk MDS

* Allogeneic stem cell transplantation
 Chemotherapy (intensive or not)
* Hypomethylating agents



So far, No Survival Advantage in Randomized
studies
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Higher-risk N=92
MDS or

CMML

AZA (IV/SC) + LEN (PO)
75 mg/m?/d (d1-7) + 10mg/d x 21d

N=93

(IPSS >1.5

and/or AZA (IV/SC) + Vorin (PO)
blasts >5%) [t CUREle G

N=91

AZA (IV/SC)
75 mg/m?2/d (d1-7)

VOLUME 35 + NUMBER 24 - AUGUST 20, 2017

Randomized Phase II Study of Azacitidine Alone or in
Combination With Lenalidomide or With Vorinostat in
Higher-Risk Myelodysplastic Syndromes and Chronic
Myelomonocytic Leukemia: North American Intergroup
Study SWOG S1117

Mikkael A. Sekeres, Megan Othus, Alan F. List, Olatoyosi Odenike, Richard M. Stone, Steven D. Gore, Mark R.
Litzow, Rena Buckstein, Min Fang, Diane Roulston, Clara D. Bloomfield, Anna Moseley, Aziz Nazha, Yanming
Zhang, Mario R. Velasco, Rakesh Gaur, Ehab Atallah, Eyal C. Attar, Elina K. Cook, Alyssa H. Cull, Michael J.
Rauh, Frederick R. Appelbaum, and Harry P. Erba

Groups: SWOG, ECOG,
Alliance, NCIC

Total Sample Size: 276

Primary Objective: 20%
improvement of ORR
(CR/PR/HI) based on

2006 IWG Criteria

Secondary Objectives: OS,
RFS, LFS

Power 81%, alpha 0.05 for
each combo arm vs. AZA

03/2012 - 06/2014

Sekeres et al. JCO ,2017
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High risk MDS 1st line
AZA PLUS trial «pick the winners»

5 AZACYTIDINE
75 mg/m2 x 7 jours

| VALPROIC ACID

5 AZACYTIDINE
75 mg/m2 x 7 jours

IDARUBICIN

5 AZACYTIDINE
75 mg/m?2 x 7 jours

[ REVLIMID

5 AZACYTIDINE
75 mg/m2 x 7 jours

\
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Three different types of Drugs

PI3K Inhibitor

Hypomethylating
Agents

Drug targeting pathways

Tyrosine Kinase Inhibitor

Histone Deacetylase
Inhibitor

Telomerase

Inhibitor
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Drug targeting immune system
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Targeting IDH, , mutations
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Enasidenib in IDH2™ AML/MDS

Associated with molecular Response

R/R AML - single agent

N=21 |IN=30
4 MDS
All
ORR 38.8% | 53%
CR/Cri/CRp 29% | 40%
Time to 1.9
1 mo
Response mo
, 8.8
Overall Survival 9 mo
mo
Event Free 4.7
Survival mo
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Stein et al. , Blood 2019
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lvosidenib 500 mg/jour (LAM R/R
IDH1m)

R/R AML - Single Agent

N=125
ORR 41.6%
CR/Cri/CRp 30.4%
Time to Response 1.9 mois
Overall Survival 8.8 mois
Event Free Survival 6 mois

Associated with molecular Response

Probability of Survival

1.0

0.8+

0.6

0.4+

0.24

0.0
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With mutation
clearance

mutation clearance

I I
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Di Nardo, NEJM 2019



IDH1 & 2 inhibitors in MDS

Enasidenib (AG-221; IDH2 inhibitor) Ivosidenib (AG-120; IDH1 inhibitor)

Groupe

Cohort A: Patients with higher risk MDS who
failed to achieved any type of response after 6
cycles of AZA, without disease progression
(stable disease without hematological
improvement-HI)

Cohort B: Patients with untreated higher risk
without life threatening cytopenia

Cohort C: Lower risk MDS with anemia resistant
to erythropoiesis stimulating agents

- Groupe
Francophone des E M S CO ® Francophone des
Myélodysplasies  myeLopyspLasTIC Myélodysplasies
SYNDROMES




Bcl, inhibitor (Venetoclax) &
HMA (n=115)

Venetoclax 400 mg

Venetoclax 400 mg +

+Aza Dec

Characteristic n=2_84 n=31
Median age (range),

75 (61-90) 72 (65-86)
years
>75 years, n (%) 42 (50) 8 (26)
ECOG Performance
Score*, n (%)
0-1 58 (69) 27 (87)
2 24 (29) 4 (13)
Baseline bone marrow
blasts, n (%)
<30% 24 (29) 7 (23)
>31 - <50% 29 (34) 14 (45)
>50% 31 (37) 10 (30)
Mutational Analyses,
mutated/tested (%)
TP53 20/74 (27) 7/22 (32)
IDH1/2 20/74 (27) 5/22 (23)
FLT3 11/74 (15) 3/22 (14)
NPM1 14/74 (19) 3/22 (14)
Cytogenetic riskt, n (%)
Intermediate 50 (60) 16 (52)
Poor 33(39) 15 (48)
Secondary AML, n (%) 21 (25) 9(29)

100y
904

Median months
05 (95% 1)

12 month

no event rate

% (95% CI)

804
701
601
50- --------------

Ven + Aza

Ven+Dec  16.2(9.1-27.8)

169 (11.3-NR) 57% (46-67)
61% (42-76)

........................ Ven+Az ---

404

Patients (2%)

307

20+
Overall
10 Survival

Ven+

e -l

Dec

0t

0 b 18 2 30 36

—
o

82

Only AML
1st Line therapy (no HMA

failure)

Ongoing trial in HMA R MDS

Daniel A Pollyea, ASH 2018 #285
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Toxicity of HMA — Ven

Daniel A Pollyea, ASH #285

AE Grade 3-4 Venetoclax AZA Venetoclax DAC
N=84 N=31
Anemia 31% 26%
Febrile neutropenia 39% 65%
Thrombocytopenia 26% 45%
pneumopathy 27% 32%
AE with drug
. . 67% 65%
interruption
Early death rate Venetoclax AZA Venetoclax DAC

<30d
<60d

2%
8%

7%
10%




Pevonedistat
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: L Degradatlon Protein Protein
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NEDD8-activating

enzyme, with key
effects on the
ubiquitination
pathway




Pevonedistat, combined with
azacitidine in patients with AML

ORR CR CRi

Total patients (N = 64)* 50 (37-63) 31 (20-44) 8 (3-17)
AML subtype

De novo AML [n = 36) 53 (35-70) 33(19-51) 8(2-22)

Secondary AML (n = 28) 46 (28-66) 29 (13-49) 7 (1-24)
Bone marrow blast count

<30% (n = 25) 52 (31-72) 28 (12-49) 12 (3-31)

=30% (h = 39) 49 (32-65) 33 (19-50) 5(1-17)
Cytogenetic risk

Intermediate (n = 32) 44 (26-62) 28 (14-47) 3(0-16)

Adverse (n = 18) 44 (22-69) 28 (10-53) 11 (1-35)
AZA + PEV exposure

<6 cycles (n = 41) 32 (18-48) 15 (6-29) (2-20)

26 cycles (n = 23) 83 (61-95) 61 (39-80) 1-28)

ITTN = 64

I T N T T N T T N T 0 T N T T N T O N O N N TN 0 T T TN T O T T N O T N T O W O O T N O O T O O O A T T O A O A 1

B CR/CRi
HPR
msD
P
NE
- Ongoing
+# Proceeded to hematopoietic stem cell transplantation

o
(S,
—_
o

15 20 25 30 35 40
Treatment duration (months)

Swords et al. Blood 2018 VOLUME 131, NUMBER 13 1391
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Safety and Survival

Number Median OS
of events (months)
= De novo AML 26 5.6
- Secondary AML 17 11.2

|

1 I 1 I I 1 I I I I

0 3 6 9 121518 21 24 27 30 33 3
Time from first dose (months)

Total ITT cohort (N = 64)

All grade Grade 23 SAEs

AE, n (%) (225%) (215%) (>10%)
Constipation 31 (48) 1(2) 0
Fatigue 27 (42) 2(3) 0
Nausea 27 (42) 0 0
Anemia 25 (39) 19 (30) 1)
Decreasgd 19 (30) 0 0
appetite
Febrile 19 (30) 19(30) 16 (25)
neutropenia
Pyrexia 16 (25) 2(3) 4 (6)
Thrombocytopenia 18 (28) 15(23) 1Q)
Neutropenia 15 (23) 13(20) 0
Vomiting 15(23) 0 0
Pneumonia 14 (22) 11(17) 9(14)

Swords et al. Blood 2018 VOLUME 131, NUMBER 13 1391



Immunotherapies
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AZA+ checkpoint inhibitor

Guillermo Garcia-Manero, #465

First Line 2" Line

AZA + .
+
_ A S “n

Overall response L2t 52l 21 21
P (75%) (71%) (13%) (13%)
10/20 8/21 . .
CR/CRp (50%) (38%) 0 (0%) 3 (15%)
CIeara.nce of detectable 4 (20%) 3 (14%) 3 (15%)
mutations
Median overall survival (FU 20 12 not
8 months 8 months
. months) months  reached
Event-free survival 10 not 7 months 6 months

months reached

One-year survival 50% 68% 25% 45%



Potential targeting of mutated TP 53

e Anti bcl2 drugs (Venetoclax)
* 10 day Decitabine regimen

e agents « reconforming » a mutated p53
protein (APR 246)




APR-246 Mechanism of Action

Pre-clinical Proof-of-Principle

(%)
APR-246
ﬁ .
o L} e — Cell Cycle Arrest + Apoptosis
Mutant / Inactive p53 Reactivated p53

Analysis of mutant p53

Detection of wt p53
M2371 xenograft tumors

conformational epitope

o ;1?‘6
S
p53 R175H _
Cleaved PARP | -5
2 .-
p53 R175H Bax . -
i o S
APR-246 Noxa | —
APR-246 releases MQ; ...restores wt p53 R
. . ...and triggers cell cycle
MQ covalently binds conformation & .
. . arrest and apoptosis
p53... activity...

Sources: Aprea unpublished data; Furukawa et al, Cancer Sci, 2018

© 2019 Aprea Therapeutics | Confidential



Phase |l AZA + APR 246 in MDS/AML
GFM-APR (Cluzeau, ASH 2019)

MDS int, high and very high IPSS-R and AML (including with > 30% marrow blasts)
with TP 53 mutation

Every 3 months *  APR-246 4500mg/d IV over 6 hours

* days 1-4
________ > Relapse «  AZA75mg/m? SC daily days 4-10
28 day cycles

. Maintenance treatment after
Allogeneic SCT for 12 months:

—  Azacitidine 36mg/m? SC daily days 4-
8

—  APR-246 3700mg/d IV over 6 hours
6 cycles
days 1-4
Every 3 months
Groupe
Francophone des
Myélodysplasies

* Bone marrow evaluation

End of study



Baseline patient

Characteristics
53 patients enrolled between Sept 2018 and July

Global cohort AML
n=53 n=19

Median age (range) 73 (44-87) 74 (46-87) 73 (48-
94)
M/F 28/25 9/25 8/11
WHO 2016 classification
MDS 65% 100% *
Intermediate IPSS-R 6% 9% *
High IPSS-R 6% 9% *
Very High IPSS-R 53% 82% *
AML 35% * 100%
20-30% blasts 24% * 68%
> 30% blasts 11% * 32%
Cytogenetic risk
Complex karyotype 87% 83% 88%
Monosomal karyotype 70% 50% 23%

Including del 5q 57% 33% 65%



Response
in the 44 patients enrolled before June 2019

Intention to Evaluable
treat patients*

Time of Best After After Time of Best After After
evaluation Response C3 cé6 evaluation response Cc3 )
ORR 55% 51% 51% ORR 66% 64% 64%
CR 39% CR 49% 49%
mCR/MLFS 7% 25% 39% mCR/MLFS 9% 31% 9%
PR 0% 7% PR 0% 0%
SD with HI 9% 12% 0% SD with HI 9% 15% 6%
7% 5% St R O G e e S 9%
7% 9%

3 patients underwent Allogeneic SCT, one of them had
started maintenance treatment post transplant



Overall Survival
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Overall Survival (months) Overall Survival (months)

Median FU: 6.4 months
Median OS in responders: NR
Median OS in non responders: 3 months

Median FU: 6.4 months
Median OS: NR



Département d’héematologie et inmunologie
des Hopitaux St Louis, R Debré, Avicenne
APHP et Université de Paris

Hopital St Louis Hopital Robert Debre
« 7 services d’hématologie (H * Service de pediatrie
Dombret, N Boissel, G Socié, hématologique (A Baruchel)
B Arnulf, E Oksenhendler, P * Unité de traitement de la
Fenaux, C Thiéblemont) drépanocytose (M Benkerrou)
« Service de réanimation (E
Azoula A :
_ ) _ Hopital Avicenne
« Service de pneumologie (A o . -
Tazi) e Service d’hématologie (C Gardin)

Universite UNIVERSITEPARIS&3 .,. — i

de Paris




Groupe Francophone
des Myélodysplasies

Activates clinical trials in MDS

Website: www. gfmgroup.org
Online registry of French MDS cases

Close cooperation with:

- a patient support group

- the International MDS Foundation
- the European Leukemia Net

Groupe

/[~~~ |Francophone des
i | /] Myélodysplasies



