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Studientitel 
IDEAL: A single-arm phase II multicenter study of 
IDH2 (AG 221) inhibitor in patients with IDH2 mutated 
myelodysplastic syndrome“ (GFM-IDEAL) 

EudraCT-Nummer 2018-001693-25 

ClinTrials.gov identifier: NCT03744390 

Sponsor Universität Leipzig 

Ansprechpartner*in Dr. med. Kathrin Rieger 

Kontakt Studienzentrale 
 

An-
schrift 

Charité - Universitätsmedizin Berlin  
Campus Benjamin Franklin 
Hindenburgdamm 30, 12203 Berlin 

Tel. +49 30 450 513 535   

Kontakt Cancer-Hotline +49 30 450 564 222    Email:  cccc@charite.de 

Wichtigste Einschlusskriterien 

 

 

 

 

 

 

 

 

Patients must meet all of the following criteria to participate in 
the study: 

1. Myelodysplastic syndrome according to World Health 
Organization (WHO) classification including non-
proliferative AML up to 29% of Bone marrow (BM) blast 

2. Age ≥ 18 years 

3. Belonging to one of the following categories: 

a. higher risk MDS (IPSS int-2, high) without 
response to azacitidine (Complete response 
(CR),Partial Response (PR), stable disease 
with HI) after at least 6 cycles , or relapsing 
after a response but without overt progression 
(defined by at least doubling of marrow blasts, 
compared to pre azacitidine bone marrow, or 
AML progression beyond 30% blasts) 

b. Untreated higher risk MDS (IPSS int-2, high) 
without life threatening cytopenia including 
absolute neutrophil count (ANC) <500/mm3 or 
any recent severe infections and/or platelets 
below 30,000/mm3 and any bleeding symptom 

c. Lower risk MDS with resistance or loss of 
response to a previous treatment with epoetin 
alpha/ beta (≥60000 U/w) or Darbopoetin (≥250 
ug/w) given for at least 12 weeks and red blood 
cell (RBC) transfusion requirement at least 2 
U/8 weeks in the previous 16 weeks. 
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4. Presence of IDH2 mutation in either blood or marrow 
prior to start of therapy 

5. Normal renal function, defined by creatinine less than 
1.5 times the upper limit of normal, creatinine 
clearance (Modification of diet in renal disease) 
(MDRD) ≥ 50 mL/min. 

6. Normal liver function, defined by total bilirubin and 
transaminases less than 1.5 times the upper limit of 
normal. 

7. Adequate cardiac ejection fraction (>40%) 

8. Patient is not known to be refractory to platelet 
transfusions.Written informed consent. 

9. Patient must understand and voluntarily sign consent 
form. 

10. Patient must be able to adhere to the visit schedule as 
outlined in the study and follow protocol requirements. 

11. Eastern Cooperative Oncology Group (ECOG) 
performance status 0-2 at the time of screening. 

12. Female subjects of child-bearing potential must agree 
to undergo medically supervised pregnancy test prior 
to starting study drug. The first pregnancy test will be 
performed at screening (within 7 days prior to first 
study drug administration), and on the day of the first 
study drug administration and confirmed negative prior 
to dosing and Day 1 before dosing all subsequent 
cycles. 

13. Female subjects with reproductive potential must have 
a negative serum pregnancy test within 7 days prior to 
the start of therapy. Subjects with reproductive 
potential are defined as sexually mature women who 
have not undergone a hysterectomy, bilateral 
oophorectomy or tubal occlusion or who have not been 
naturally postmenopausal (i.e., who have not 
menstruated at all) for at least 24 consecutive months 
(i.e., has had menses at any time in the preceding 24 
consecutive months). Females of reproductive potential 
as well as fertile men and their partners who are 
female of reproductive potential must agree to abstain 
from sexual intercourse or to use two highly effective 
forms of contraception from the time of giving informed 
consent, during the study and for 120 days (females 
and males) following the last dose of AG-221. A highly 
effective form of contraception is defined as hormonal 
oral contraceptives, injectables, patches, intrauterine 
devices. 
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Male patients must : 

Agree the need for the use of a condom if engaged in sexual 
activity with a woman of childbearing potential during the entire 
period of treatment, even if disruption of treatment and during 
3 months after end of treatment. 

Agree to learn about the procedures for preservation of sperm 
before starting treatment 

 


