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Persons with Von Willebrand disease




Sample size

N=1541

All valid persons
until 31.12.2018
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Cca 1000 symptomatic vWD should be in CZ
610 of them are already in CNHP registry




Number of patients in

participating centres me
Valid patients Valid patients
Paediatric centres N % Adult centres N %
Prague — Dpt. of Pediatric Haematology )8 16 Brno — Dpt. Of Clin Hematol, UH Brno 288  47.2
and Oncology, CUH Motol Pilsen — Dpt. of Biochemistry and
Pilsen — Pediatric Dpt., UH Pilsen 25 4.1 Hematology, UH Pilsen 74 12.1
Brno — Dpt. of Pediatric Haematology, CUH Brno 22 3.6 — UKBH
Hradec Kralové — Dpt. of Pediatric Medicine, UH Ostrava — Blood centre, UH Ostrava 70 115
18 3.0 . . .
HK Liberec — Dpt. Of Clin Hematol, Hospital 27 44
Ostrava — Dpt. of Pediatric Medicine, UH Ostrava 16 2.6 Liberec '
Usti n.L. — Pediatric Dpt. — Haematology, Masaryk Olomouc — Haemato-Oncology Dpt., UH 2.3
Hospital 14 2:3 Olomouc
Olomouc — Dpt. of Pediatric Medicine, UH 1 0.2 Usti n.L. - Dpt. Of Clin Hematol, Masaryk 1.6
Olomouc . Hospital
Hradec Kralové — |V. Internal and ) 03

Hematology Dpt., UH HK
Ceské Budéjovice — Dpt. Of Clin Hematol,

Hospital CB ! 0.2
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Type of Von Willebrand disease

N=610
Patients

Type of disease N %
[ ]Tvpe1* 239 39.2
[ ]Type2 246 40.3
Type 2A 104 170

Type 2B 19 3.1

Type 2M 42 6.9

Type 2N 21 3.4

Type 2 (not specified) 60 9.8

] Type3 17 2.8

Type not determined /
unfilled

Total 610 100.0

108 17.7

* of them 6 patients with type 1/2N
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Sex and current age of patients

N=610
Sex Current age™
i Men (N=260) Type 1 )Y/l28 Type ND| Total
N 239 246 17 108 610
[ ] women (N=350) Mean 349 417 335 43.0 | 39.0
Median 34 41 32 43.5 39
N=239 N=246 N=17  N=108 | N=610 min-max 3-90 2-85 2-67 5-80|2-90
100% - 20 -
18 - 17,2 16,7
" 80% - PiEieA 42,6% 16 1 14,3 14,3
£ T 14 - - 12,1
] v ’
2 60% - B 12 - 10,2 10,0
o 3 10 -
S 40% - o 8-
= 56,1% 57,4% = el > |
20% 1 4 - | l i
2 11 Iv |
0% o L ‘ 11
Typel Type2 Type3 TypeND| Total <10 10-18 19-25 26-35 36-45 46-55 56-65 >65
age (years)
Type ND = not determined or unfilled * age reached in year 2018
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Blood group

N=610

Bloodgroup A B AB O ND ValidN TotalN
] 384| |00 N 55 20 4 114 46 193 239
. o8 50,0 Typel %' 23.0 84 1.7 47.7 19.2 100.0
‘ ’ %? 28.5 104 2.1 59.1 100.0
1 [45] N 79 34 9 76 48 198 246
17,2 Type2 %' 32.1 13.8 3.7 30.9 19.5 100.0
] B |13 %? 399 17.2 45 384 100.0
10,4 13,3 |100 * N 4 2 3 6 2 15 17
Type3 %' 235 11.8 17.6 353 11.8 100.0
- 39,9 2
285 27| |300] [333 %’ 26.7 13.3 20.0 40.0 100.0
N 24 8 1 47 28 80 108
: : : : Type ND %' 222 7.4 09 435 259 100.0
Typel Type2  Type3 TypeND  Total %? 30.0 10.0 1.3 58.8 100.0
N 162 64 17 243 124 486 610
A B O st - % of total N Total %' 26.6 10.5 2.8 39.8 20.3 100.0
%" - % of tota 2
% - % of valid N %? 33.3 13.2 3.5 50.0 100.0
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Factor levels

N=610
120 - 3,5 -
[] median T
100 1 T 3,0 1
10t — 9Qth
percentile 2,5 -
80 - b o -
2,0 -
(=] O ?
= 60 - B
o
0 > 0
40 -
0 5 1,0 -
20 -
b 0,5 - 4
- -
0 T T T 1 0,0 T T 1
FVII RCo Ag CBA RCo/Ag CBA/Ag FVIII/Ag
Factor FVIII* RCo Ag CBA RCo/Ag CBA/Ag FVIII/Ag
592 581 572 261 N 564 260 568
51.2 24.7 39.1 33.6 Mean 0.8 0.8 1.9
47(1-232) 21(0-135) 36(0-261) 30 (0-127) Median (min — max) 0.65(0-38)  0.825(0-3)  1.38(0.08-106)

* Factor FVIIl was assessed by clotting assay in 549 patients, by chromogenic
assay in 17 patients and assay is missing in 44 patients
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Factor levels according to type of
VWD, part 1 —

Typel Type2 Type3 ND Typel Type2 Type3 ND :Typel Type2 Type3 ND :Typel Type2 Type3 ND

N 235 245 17 95 235 241 17 88 232 242 17 81 107 107 9 38

Mean 547 46.1 6.6 63.7:300 165 29 374,366 400 26 511355 289 23 4838

370 335 3.0 47.0i 35.0 200 1.0 465

[ median
Factor FVIII | RCo ! Ag ! CBA Lo 90t
154 1 1 1 .
100 - | | | 108 Ipercentlle
80 - i i i T
60 - i i i
S ] ! ! !
40 - 0 i i i
| | | m i
0 | L | | | 7
0 T T T E T T ; T :l T T ﬁ T :l T T E T 1

Median 540 400 3.0 550°'32.0 120 20 375

Type ND = not determined or unfilled
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Factor levels according to type of
VWD, part 2 —

Mean 1.05 0.43 1.43 0.82 0.99 0.59 0.83 0.85 2.26 1.45 3.15 1.84

0 | | 23 [ median
RCo/Ag T g CBA/Ag . FVIl/Ag : T oo
5,0 - [ i i : percentile
5 : :
4o : :
3,5 - ! !
2 3,0 - - -
fas- g g
- : :
15 - i i 4 o
10 - 0 0
0,5 - i i - a4
0,0 . — i | — e i | | | |
Typel Type2 Type3 ND | Typel Type2 Type3 ND | Typel Type2 Type3  ND
N 231 238 15 80 | 106 107 9 38 | 231 241 15 81

Median 0.84 0.38 1.00 0.78 0.95 0.60 1.00 0.83 1.52 1.26 1.50 1.26

Type ND = not determined or unfilled
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1

Bleeding score" according to sex and age

N=3552
Adult men Adult women Children
N 104 176 75
Mean 5.6 7.4 0.2
Median
(min - max) 4.5 (-1-25) 6.5 (-3 - 24) 0(0-4)
30 - | 40 - 100 -
25 - C 231 35 - = 50 |
! 30 ; :
220 - ! 2 : 2 :
2 i 5% 5 5 60 - i
515 | e 520 : 5 |
£ 10 - 15 S 407
: 10 20 - i
- | 1o 29 : 120 | y
' 0,0 00:00 L3 0,0
0 - | -] 0 0 ' :
B IR SR AR b;&\/\;;o@;& 7@ <O 0 1 2'3 4 >4
bleeding score bleeding score bleeding score

1 Adult and Pediatric Vincenza VWD Bleeding Questionnaire and Scoring System
2 Missing information on bleeding score in 255 patients.
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Bleeding scorel in adults according to

. N=2802
type of disease

Bleeding score Type ND | Total
N total 172 214 14 91 491

N valid 115 119 8 38 280
Mean 5.9 73 171 5.2 6.7
Median 5.0 6.0 175 4.0 6.0

min - max -2-20 -1-22 5-25 -3-22 -3-25

% of patients

<0 0 1 2-3 4-5 6-10 11-15 16-20 >20
bleeding score

1 Adult and Pediatric Vincenza VWD Bleeding Questionnaire and Scoring System

2 Adult patients with non-missing information on bleeding score. Type ND = not determined or unfilled
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Concomitant diseases

Experienced hepatitis

- Yes (N=43)

No (N=390)
Not known (N=177)

27x hepatitis A
9x hepatitis B
4x hepatitis A+B
2x hepatitis C
1x hepatitis A+C
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N=610

None of the patients is HIV positive.




Annual bleeding rate (ABR) and location of

bleeds treated with factor concentrate
Type ND Total N=610 ‘

ABR
N valid 239 246 17 108 610
Mean 0.03 0.11 1.24 0.03 0.10
Median 0 0 0 0 0
min — max 0-1 0-7 0-6 0-1 0-7
SUM 7 28 21 3 59
Location of bleeds
Np/Ng*
Joints 1/1 0/- 0/- 0/- 1/1
Epistaxes 4/4 5/15 1/6 0/- 10/25
Urogenital tract 0/- 1/1 2/3 0/- 3/4
GIT 0/- 0/- 1/4 0/- 1/4
Subcutaneous 0/- 3/3 1/1 0/- 4/4
Muscles 0/- 0/- 4/6 1/1 5/7
CNS 0/- 1/1 0/- 1/1 2/2
Other 2/2 4/4 0/- 1/1 7/7
SUM 7/7 14/24 9/20 3/3 33/54
2 N, = number of patients with bleed; Type ND = not determined or unfilled

Ng = total number of bleeds treated with substitution of VWF
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Consumption of VWF concentrates
in year 2018

N=610

Average annual
consumption per
treated patient

Number of patients treated with

substitution of VWF Total annual

consumption (IU)

total (typel/type2/type3/typeND) (1U)
Fanhdi 13 (7/5/0/1) 209 000 16 076.9
of them on prophylaxis* 1(0/1/0/0) 80 000 80 000.0
Haemate P 61 (8/38/8/7) 1471 600 24 124.6
of them on prophylaxis* 2 (0/0/2/0) 334 000 167 000.0
Wilate 18 (9/8/1/0) 170 100 9450.0
of them on prophylaxis* 0 (0/0/0/0) 0 0.0
Willfact 1(o/0/1/0) 60 000 60 000.0
of them on prophylaxis* 1(0/0/1/0) 60 000 60 000.0
Total 94 (25/51/10/8) 1910700 18 753.0
of them on prophylaxis* 4 (0/1/3/0) 474 000 118 500.0
Total - type 1 25 396 600 12 793.8
Total - type 2 51 703 250 13 308.5
Total - type 3 10 685 350 68 535.0
Total - type ND 8 125 500 15 687.5

* permanent prophylaxis

Type ND = not determined or unfilled
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Consumption of other drugs in year
2018 N=610

Number of patients treated with
other drugs Total annual

Average annual

. consumption per
consumption

total (typel/type2/type3/typeND) treated patient
DDAVP (ug) 8(6/2/0/0) 2780 347.5
of them on prophylaxis* 0 (0/0/0/0) 0 0.0
NovoSeven (mg) 1(1/0/0/0) 8 8.0
of them on prophylaxis* 0 (0/0/0/0) 0 0.0

* permanent prophylaxis

Type ND = not determined or unfilled
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Patients on permanent prophylaxis in detail

Type of No of Total
. | Treatment . o .
Centre prophylaxis in 2018 applications | consumption

in 2018 per week (V)
1 Brno Adult 3 Permanent Haemate P 2 106 000 0
2 Brno Adult 3 Permanent Haemate P 2 228 000 5
3 Olomouc Adult 3 Permanent Willfact 1 60 000 0
4 Plzen Adult 2 Permanent Fanhdi NA 80 000 0
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