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Diagnostische Abgrenzung

Youngerly

• DD congenital marrow failure

• Fanconi

• Telomeropathy

• SDS

Elderly

• DD hypoplastic MDS



Genetischer overlap mit MDS und CHIP

Ogawa S. Blood. 2016;128(3):337-347 ; Yoshizato T et al. N Engl J Med 2015;373:35-47.; 

Haferlach T, et al. Leukemia. 2014; 28(2):241-247. Jaiswal S N Engl J Med. 2014;371(26): 2488-2498 



How to 
distuinguish 
BMF 
acquired 
versus 
congenital ? 

Groake E et al. Best Prac Res Clin Haematol 2021

NIH algorithm

New maschine 

learning algorithm 

by the NIH, soon 

available online …

Gutierrez-Rodrigues F, et al. Differential 

diagnosis of bone marrow failure syndromes 

guided by machine learning. Blood. 2022 Dec 

21:blood.2022017518.
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GS02-07 ELTROMBOPAG ADDED TO STANDARD IST IS SUPERIOR TO IST ALONE AS FRONT-LINE TREATMENT FOR SEVERE 

APLASTIC ANEMIA : FINAL 2-YEAR ANALYSIS OF EBMT-SAAWP RACE STUDY

Antonio Maria Risitano1,2,3, Austin Kulasekararaj4, Simona Iacobelli2,5, et al SAAWP EBMT

N=197    

A: ATG+CSA

B: ATG + CSA + Epag

https://ebmt2024.abstractserver.com/program/#/details/presentations/906
https://ebmt2024.abstractserver.com/program/#/details/presentations/906


1. Linie
HCT



Transplant rates, Center size BMT within EBMT 
2022
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How to decide whether initial treatment is 
BMT or immunosuppression?

A.Bacigalupo et al., Seminars in Hematology.2000;37:69-80.

Difference between BMT (HLA-id sibling) and Immunosuppression
in 5-Year Failure Free Survival (%) after initial treatment

AGE (years)Neutrophil
Count

(x 109/L) 10 20 30 40 50

0 24 20 14 6 -  2

0.1 19 14 8 1 -  7

0.2 14 9 3 -  4 - 11

0.3 10 5 -  1 -  7 - 14

0.4 6 1 -  4 - 10 - 16

0.5 3 -  2 -  7 - 12 - 17

Positive values: Advantage BMT

Negative values: Advantage Immunosuppresion
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2020

Increased time interval between diagnosis and HSCT is related with poorer outcome

Bacigalupo A et al. Haematologica. 2012;97:1142-1148

▪ Graft failure 5-7%

▪ Late graft rejection 1.3-1.4%



2. Linie

HCT nach Versagen 
IST



HCT activity in Europe 1990-2021:
BMF by donor type



Improvements outcome MUD transplantation

p=<0.0001

57% (+8)32% (+8)5 year

349149N

After 1998Before 1998

Graft failure 26%  11%

II-IV aGvHD 37%  28%

cGvHD 38%  22%
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chronic GvHD (after day 100)

32/85 (38%) 53/245 (22%)

p=0.004

aGvHD, cGvHD and graft failure
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▪ Unrelated donor HSCT
• More acute GvHD

• More chronic GvHD



Helen Baldomero

2013 Activity Survey



Helen Baldomero

2015 Activity Survey

neutrophil recovery 17 days

GF 4 (2Gy)

GF 0 (4Gy)

OS 94%

III-IV aGvHD 11%

cGvHD 8%

Relapse/Refr 20

Treatment naive 17



Helen Baldomero

2015 Activity Survey

Baltimore

ATG FluCy14.5 TBI 4Gy + 

pTCy



Helen Baldomero

2015 Activity Survey

SAAWP-3 Alternative donor transplantation for severe 

aplastic anemia: a comparative study of the SAAWP 

EBMT

Juan Montoro Gómez et al

https://ebmt2024.abstractserver.com/program/#/details/presentations/520
https://ebmt2024.abstractserver.com/program/#/details/presentations/520
https://ebmt2024.abstractserver.com/program/#/details/persons/1124


Stand heute 

• Transplantation Option für alle Patienten, Geschwister, Unverwandt, 
Haploidentisch

• Strategien Konditionierung, GvHD Prophylaxe sind definiert

• Geschwister: Erstlinientherapie

• Unverwandt: Zweitlinientherapie ausser Kinder AYA

• Haploident: Zweitlinientherapie 

• Thema: wen und wann zur Transplantation



    selten?

Sichelzellerkrankung  Thalassämie 

• Sichelzellträger

• Sichelzellerkrankter

• Thalassämie minor

• Thalassämie major































Idem bei Hämoglobinopathie

• Spenderwahl schwieriger

• Allosensiblisierung

• Intensive Konditionierung

• Indikationsstellung für Transplantation

• Indikationsstellung für Gentherapie

• «irreversible» Organschädigung



M
E R C I

Nicht maligne Erkrankungen
Allogene Transplantation als Option

Kein Benefit durch die Graft versus Host Erkrankung

Spenderwahl

Abwägen Therapiealternative



The old paradigm: AA autoimmune, MDS genetic



PNH hämolytisch thrombotisch aplastisch



OS18-02 PREDICTING TRANSPLANTATION-, TRANSFUSION- AND TREATMENT-FREE SURVIVAL AFTER IMMUNE SUPPRESSIVE TREATMENT FOR ADULTS WITH 

ACQUIRED APLASTIC ANEMIA

Cjm Halkes1, Eas Koster1, Ejm Bogers1, Lgm Daenen2, Sk Klein3, Smc Langemeijer4, F. Moenen5, E. Nur6,7, Mhg Raaijmakers8, Tjf Snijders9, Jennifer ML Tjon1, L.C. 
de Wreede1

N=127

Age: 54

MultiStateModelling

Predictors: 

 severity

 age

 pnh

https://ebmt2024.abstractserver.com/program/#/details/presentations/797
https://ebmt2024.abstractserver.com/program/#/details/presentations/797


Vor IST und HCT: Outcome katastrophal, 
abhängig von der Neutrophilenzahl



Helen Baldomero

2013 Activity Survey



FFS Response

PNH clones ~ autoimmune nature of bone marrow failure?

PNH in SAA: usually small clones, rarely symptomatic 

Aplastic crisis in PNH vs. PNH clone in a SAA patient









Stem Cell Source
CHRONIC GVHD
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Helen Baldomero

2015 Activity Survey



Helen Baldomero

2013 Activity Survey



HCT activity in Europe 1990-2021:
donor origin: 1st HCT

Passweg, Baldomero et al. Bone Marrow Transplant. 2023 Mar 6:1-12







Helen Baldomero

2015 Activity Survey

N= 87

Age: 14y

Marrow: 93%



Helen Baldomero

2015 Activity Survey



Helen Baldomero

2015 Activity Survey

N 577

Studies 15

Engraft 97%

aGvHD 26%

cGvHD 25%

TRM 7%

pTCy lowest rate of aGvHD
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Danke für die Aufmerksamkeit

Gentechnologie verändert die Medizin

Zelluläre Krebsimmuntherapie

Zelluläre Gentherapie, veränderte Stammzellen

Gentechnisch veränderte Viren als 

Gentransportmittel
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