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Studies EBMT Reqistry

Topics Disease
Number of Inborn Errors Patients registered at EBMT

Second/third allo HSCT* PID (Non SCID) 8.332 440,
| ® Hemoglobinopathies

Cord blood transplant* metabolic diseases

IFNGR* IFNGR1/2 deficiency
Haplo HSCT PID ®m Inherited disorders of Metabolism

B Inherited immune disorders

mFHLH

*If you wish to participate in data collection for these studies, please = Other inherited disorders
contact us at iewp@ebmt.org (Oesteopetrosis, etc)

Recent Publications on behalf of IEWP IEWP sessions at EBMT anual meeting

Hematopoietic stem cell transplantation for Wiskott-Aldrich syndrome: an Tuesday, March 22

EBMT inborn errors working party analysis Blood 2022 07:00 - 08:50 Inborn Errors Working Party Business Meeting
Michael H Albert, Mary A Slatter, Andrew R Gennery, Tayfun Gungor, Katerina

Bakunina, Benyamin Markovitch, Sheree Hazelaar, Tiarlan Sirait, Virginie Courteille, Alessandro Benedicte Neven (France)

Aiuti, Olga V Aleinikova, Dmitry Balashov, Maria Ester Bernardo, Ivana Bodova, Benedicte South Hall 2A+B / Virtual Hall 5

Bruno, Marina Cavazzana, Robert Chiesa, Alain Fischer, Fabian Hauck, Marianne

lfversen, Krzystof Kalwak, Christoph Klein, Alexander Kulagin, Alphan Kupesiz, Baris 10:45 - 12:00 Inborn Errors Working Party Session

Kuskonmaz, Caroline A Lindemans, Franco Locatelli, Su Han Lum, Alexey Maschan, Roland Bénédicte Neven (France) & Rob Wynn (United Kingdom)

Meisel, Despina Moshous, Fulvio Porta, Martin G Sauer, Petr Sedlacek, Ansgar S Schulz, Felipe _
Suarez, Tanja C Vallée, Jacek H Winiarski, Marco Zecca, Bénédicte Neven, Paul Veys, Arjan C South Hall 1A+B / Virtual Hall 4

Lankester Paed2-01 HSCT in HLH: Challenges and progress

International retrospective study of allogeneic hematopoietic cell Despina Moshous (France)
transplantation for activated PI3K-delta syndrome .J Allergy Clin Immunol 2022 Paed2-02 Update on the biological and clinical

Dimana Dimitrova, Zohreh Nademi, Maria Elena Maccari, Stephan Ehl, Gulbu Uzel, Takahiro outcome of ex-vivo gene therapy for MPSI Hurler Patient
Tomoda, Tsubasa Okano, Kohsuke Imai, Benjamin Carpenter, Winnie Ip, Kanchan Rao, Austen J J

Worth, Alexandra Laberko, Anna Mukhina, Bénédicte Néven, Despina Moshous, Carsten Maria Ester Bernardo (Italy)

Speckmann, Klaus Warnatz, Claudia Wehr, Hassan Abolhassani, Asghar Aghamohammadi, Jacob ) : :

J Bleesing, Jasmeen Dara, Christopher C Dvorak, Sujal Ghosh, Hyoung Jin Kang, GasSper Paedz 03 How C?‘n we a_p p;oach HSCT in AYAs with
Markelj, Arunkumar Modi, Diana K Bayer, Luigi D Notarangelo, Ansgar Schulz, Marina Garcia- iInborn errors of Immunity”

Prat, Pe_re So.ler-PaIacm, Musa Karakutkcu, Ebru Yllmag, Eleono_ra Gambineri, Mariacristina Michael Albert (Germany)

Menconi, Tania N Masmas, Mette Holm, Carmem Bonfim, Carolina Prando, Stephen

Hughes, Stephen Jolles, Emma C Morris, Neena Kapoor, Sylwia Koltan, Shankara Paed2-04 Q&A

Paneesha, Colin Steward, Robert Wynn, Ulrich Duffner, Andrew R Gennery, Arjan C _ _ :

Lankester, Mary Slatter, Jennifer A Kanakry 16:00 - 17:15 Inborn Errors Oral Session

South Hall 1A+B / Virtual Hall 4

Allogeneic hematopoietic stem cell transplantation in leukocyte adhesion
deficiency type | and Ill Blood 2021

Shahrzad Bakhtiar, Emilia Salzmann-Manrique, Henric-Jan Blok, Dirk-Jan Eikema, Sheree IEWP Future Events 2022
Hazelaar, Mouhab Ayas, Amos Toren, Gal Goldstein, Despina Moshous, Franco Locatelli, Pietro
Merli, Gerard Michel, Gulytiz Oztuirk, Ansgar Schulz, Carsten Heilmann, Marianne Ifversen, Rob F v
Wynn, Olga Aleinikova, Yves Bertrand, Abdelghani Tbakhi, Paul Veys, Musa Karakukcu, Alphan B ;;
Kupesiz, Ardeshir Ghavamzadeh, Rupert Handgretinger, Emel Unal, Antonio Perez- IEWP annual meeting
Martinez, Muge Gokce, Fulvio Porta, Tekin Aksu, Gllsun Karasu, Isabel Badell, Per g m
Ljungman, Elena Skorobogatova, Akif Yesilipek, Tsila Zuckerman, Robbert R G Bredius, Polina Par|S1 FranCe 55
Stepensky, Bella Shadur, Mary Slatter, Andrew R Gennery, Michael H Albert, Peter Bader, Arjan — 279Kth
> hensie Sep 23rd — 25th 2022

LS
.

& -

= =
Sz vy .

EBMT/ESID inborn errors working party quidelines for hematopoietic stem cell
transplantation for inborn errors of iImmunity BMT 2021

A C Lankester, M H Albert, C Booth, AR Gennery, T Gungo6r, M HOnig, E C Morris, D Moshous, B
Neven, A Schulz, M Slatter, P Veys

Allogeneic Hematopoietic Stem Cell Transplantation for Adult HLH: A
Retrospective Study by the Chronic Malignancies and Inborn Errors Working
Parties of EBMT BMT 2021

Rafal Machowicz, Felipe Suarez , Wieslaw Wiktor-Jedrzejczak , Diderik-Jan Eikema, Liesbeth C

de Wreede , Henric-Jan Blok, Cecilia Isaksson, Hermann Einsele, Xavier Poiré, Suzanne van

Dorp, Emmanouil Nikolousis, Jan-Erik Johansson, Guido Kobbe, Marco Zecca, Renate Arnold,

Armin Gerbitz, Jirgen Finke, Jose Luis Diez-Martin, Francesca Bonifazi, Grant McQuaker, Stig

Lenhoff, Pierre-Simon Rohrlich, Matthias Theobald, Per Ljungman, Matthew Collin, Michael H.

Albert, Gerhard Ehninger, Kristina Carlson, Kazimierz Halaburda, Kai Lehmberg, Stefan CO Nntact |EWP
Schonland, Ibrahim Yakoub-Agha, Andrew R Gennery, Arjan C. Lankester and Nicolaus Krdger

Bénedicte Neven Chair benedicte.neven@aphp.fr

Significant Collaborations
Michael Albert Secretary michael.albert@med.uni-muenchen.de

* Tiar Sirait Study Coordinator tiarlan.sirait@ebmt.org
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