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Numbers in registry

Initial treatment of AA In Europe 13,655 patients are registered with some type of Bone Marrow Failure in the
EBMT registry . The tables below present the numbers per type of disease.

Clinical trials with Eltrombopag as part of the

Table: Overview of the EMAA trial and RACE trial : study objective, inclusion criteria, treatment,
eltrombopag dosage, design, number of patients and sponsor.

Aplastic anaemia 10,136 Fanconi 1,737
Primary objective PR + CR at 6 months CR at 3 months Pure red cell aplasia (non congenital 133 Diamond-Blackfan (congenital PRCA) 251
Inclusion criteria - age > 18 years - age > 15 years PRCA) A
- Treatment requiring MAA - SAA/ vSAA Paroxysmal nocturnal haemoglobinuria 568 Shwachman-Diamond >3
(transfusion dependency or - No primary allo-SCT (PNH) Dyserythropoietic anaemia 36
ANC < 1G/l or Thr(_)mbo < 30G/I or Pure white cell aplasia 11 Dyskeratosis congenita 04
Hb < 8,5g/dl & Reti < 60G/]) Ameg. thrombocytopaenia (non A thrombocvt '
Treatment CsA + Eltrombopag hATG (ATGAM) + CsA + Eltrombopag ot L 45 Mey. frombocytopachia 84
congenital) (congenital)
versus CsA + Placebo versus h ATG + CsA i -
er
Eltrombopag 150 mg (225 mg) 150 mg UNED —
dosage Unknown 118 Unknown 20
Design Placebo controlled Open label
# Patients 2 X 58 2 x 100
Sponsor University Hospital Ulm EBMT

Joint Educational meeting SAAWP and ADWP

RACE trial

Actual Accrual and Expected Accrual

What: meet and Interact with renowned Iinternational experts on
auto-immune disorders and severe aplastic anaemia

When and where: two and a half day in the fall of 2016 In Paris
Programme: will be available soon on the EBMT website
More information:  please send an e-mail to educationalevents@ebmt.org
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evaluation and report of remission status to the study office SAAWP Dat a Offl C e
Last Follow up 24 months after end of study treatment For participation in, or information on SAA studies, please contact the

Figure: study schedule EMAA trial. SAAWP at the EBMT Data Office in Leiden, The Netherlands:
For more information see the EMAA trial poster SAAWpEBMT@Ilumc.nl.
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