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Supplementary Table 1. Exposure to study treatment.
Thalassemia SCD Rare anemias Others All patients

(n=1115) (n=80) (n=43) (n=49) (n=1744)

Mean=SD planned dose, mg/kg/day 24.2+5.2 19447 18.2+4.6 20.7+3.7 19.0+5.8 18.1+4.6 22.4+5.6

Mean=SD actual daily dose, mg/kg 24.1£5.5 19.2+5.4 17.6+4.8 20.2+3.8 18.6+5.6 17.6+4.6 22.2+5.9

<20,n (%) 238 (21.3) 197 (57.8) 75 (64.7) 41 (51.3) 26 (60.5) 33 (67.3) 610 (35.0)

220-<30, n (%) 736 (66.0) 135 (40.0) 41 (35.3) 39 (48.8) 17 (39.5) 16 (32.7) 984 (56.4)

=30,n (%) 141 (12.6) 9(2:6) - - - - 150 (8.6)
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Supplementary Table 2. Drug-related serious adverse events as assessed by the participating investigators.

Underlying anemia Age (years) Reported drug-related serious adverse events
1 Thalassemia 8 Gastrointestinal hemorrhage*
2 Thalassemia 25 Renal tubular disorder*
3 Thalassemia 34 Anemia
4 MDS 71 Nausea; vomiting
5 MDS 62 Colitis
6 MDS 75 Upper abdominal pain; diarrhea
7 MDS 82 Dementia
8 Other 83 Rash
9 Thalassemia 9 Rash; fever
10 MDS 71 Increased serum creatinine
11 Thalassemia 37 Angioedema
12 SCD 15 Increased transaminases
13 SCD 9 Increased transaminases
14 MDS 70 Rash
15 MDS 67 1. Rash; 2. Abdominal pain
16 MDS 76 Severe neutropenia
17 MDS 88 Acute renal failure?
18 MDS 68 Hyperthermia; headache
19 Other (malignant disease) 79 Laryngeal edema
20 MDS 83 Abdominal pain; fever
21 MDS 88 Cardiac failure
22 Thalassemia 21 Cardiac failure
23 MDS 63 Rash
24 Thalassemia 26 Increased transaminases
25 Other (malignant disease) 14 Cholestatic hepatitis
26 MDS 56 Pancytopenia**
27 Thalassemia 12 Rash
28 Thalassemia 30 Post-streptococcal glomerulonephritis leading
to acute renal failure, acute tubular necrosis*™
29 Thalassemia 10 Rash; pancreatitis
30 Thalassemia 7 Renal tubular disorder**

*Gastrointestinal bleed due to hemorrhagic gastritis; fSerum ferritin fell from 2500 to 1300 ng/mL in 3 months indicative of overrapid chelation, abnormalities disappeared within 2 weeks
of drug interruption, patient permanently discontinued; {Patient had various co-morbidities and was taking other medications suspected to be contributory (Bactrim), study drug was inter-
rupted and patient recovered; **Suspected by the investigator to be drug related, although there was no improvement after treatment was withheld; | f Glomerulonephritis was considered
not study-drug related but tubular necrosis was, although tubular necrosis often accompanies glomerulonephritis; ##Patient was asymptomatic and serum ferritin was 1100 ng/mlL (receiv-
ing deferasirox 35 mg/kg/day), findings normalized rapidly following drug interruption.

Supplementary Table 3. Causes of death in MDS patients after start of treatment (non-study-drug related).

Sepsis 1
Septic shock 4
Cardiac failure 1
Pneumonia 2
Intestinal infarction 2
Extradural hematoma 2
Respiratory failure 1
Diverticular perforation 1
Gastrointestinal hemorrhage 1
1
1
1
1
1
1
1
1
1
1
1

Euthanasia (Patient decision)
General health deterioration
Aspergillosis

Fungal meningitis

Rupture of spleen

Subdural hematoma

Acute myeloid leukemia aggravation
Acute pulmonary edema
Pulmonary hemorrhage
Jaundice acholuric

Cerebral hemorrhage




