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Table 1. Clinical data of study population.

Variable Value
Patients enrolled (7) 99
Age (years)
Mean (+SD) 26.3 (13.7)
Median (min-max) 21 3 (6-64)
With severe haemophilia [7 (%)] 1(71.7)
With moderate haemophilia [7 (%)] 8 (28.3)
PUPs (1 (%)] 1(31.3)
Age (years)
Mean (+SD) 16.6 (7.
Median (min-max) 15 6 (6—49)
With severe haemophilia [n (%)] 4 (45.2)
With moderate haemophilia [7 (%)] 7 (54.8)
With anti-HCV positivity (1) 0
With anti-HBV positivity (1) 0
MTPs [1 (%)] 68 (68.7)
Age (years)
Mean («SD) 30.8 (13.8)
Median (min-max) 29 5 (9-64)
With severe haemophilia [1 (%)] 7 (83.8)
With moderate haemophilia [ (%)] 1(16.2)
With anti-HCV positivity [1 (%)] 5 (66.2)
With anti-HBV positivity [7 (%)] 24 (35.3)%

PUPs, previously untreated patients; MTP, minimally treated
patients.
*All patients were anti-HBs positive since previously vaccinated.
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Table 2. Clinical features of the seven patients who developed inhibitors.

Age at developing Severity of

Previous treatment

Exposure days to Peak Immune

SD-pdFVIII at inhibitor level tolerance

ID inhibitors haemophilia Genetic defect [exposure days (ED)] development (BU mL™") induction
1 6 Severe EX 24 Arg 2209 Stop* Hemofil M (5 EDs) 4 31 No

2 2 Severe Unknown gene defect No 8 3% No

3 6 Severe EX 18 Arg 1941 Stopt No 15 99 No

4 17 Severe Int22 Inv Cryoprecipitate (5 EDs) § 81 No

5 44 Severe Int22 Inv Koate (4 EDs) 20 74 No

6 45 Severe Int22 Inv Koate (4 EDs) 18 12 No

7 9 Severe Int22 Inv No 22 127 Yes§

*Previously reported into the international HA mutation database; 19 times, 6 with inhibitors [24].
tPreviously reported into the international HA mutation database; 15 times, 0 with inhibitors [24].

tInhibitors disappeared spontaneously.

§Complete resolution with undetectable inhibitor, normal FVIII recovery and half-life.
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Table 3. Occurrence of inhibitors in PUPs with severe haemophilia treated with plasma-derived von-Willebrand factor containing FVIII

concentrates.

No. of severe ~ PUPs with High
Author (country) Concentrate  Study period ~ PUPs inhibitors [ (%)]  responders
W. Kreuz [19] (Austria, Germany, Switzerland) ~ Various 1993-2003 57 13 (22.8) n.a.
J. Goudemand [17] (France) LFB 1988-2001 62 7 (11.3) 4
A. Glomstein, pers. commun. (Norway) Octa 1989-1999 19 2 (10.5) n.a.
R. Rokicka-Milewska [18] (Poland) Grifols 1997-1999 19 1(5.0) n.a.
S. Brown, pers. commun. (UK) BPL 1985-2004 74 3 (4.0) 2
Present study (Italy) Kedrion 1987-2003 71 7 (9.8) 5
Overall 299 33 (11.0) 11/207 (5.3%)
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