UK Bleeding Disord
Statistics for April 201
to March 201

A report from the UK National Haemophilia Da@ase




Important Note Throughout this report, Haemophilia A includes Carriers
of Haemophilia A and Females with FVill deficiency.

Haemophilia B includes Carriers of Haemophilia B, Females with FIX
deficiency, patients with FIX Leyden and FIX Leyden carriers.



Haemophilia A




lTable 1 FPatients with congenital Haemophilia A (including carriers) registered and treated April 2016 - March 2017

<1Byears g34 - 534 132 4 136 B500 arF 637 Z7 131 158 - 5 5| 1,513 237 | 1750
Totzl In Reglster
[Including lowlevel EEyears | 1237 3 (1ze0| 639 Z| 641| 2,456| S54|3010( 156( 1041 (1,197 1 54 55| 4,489| 1,654 | 6,143
Camlers)
Tatal 1,931 31934 B3l B B37| 3,056| 651 3,707 183| 1172 | 1.355 1 59 60| 6,002| 1B91 | 7,893
<1Byears 51 - 51 14 - 14 55 17 72 7 ZB 35 - - - 127 45 17z
Mew Reglstrations *®
[Including lonws-level 28 years 11 1 12 5 - 5 48 32 78 13 124 137 1 B 3 76 165 241
camlers)
Tatal B2 1 63 19 - 19 1m 49 150 20( 152 172 1 B 9 203 210 413
<1Byears 661 - 661 147 3 150 151 10 161 B 4 10 - - - 365 17 382
Treated In year®®
[Including lowlevel ElEyears | 1,300 1(3201| 420 2| azz| s5B2| sS1| 633 20 23 a3 1 1 2| 2223 75| 2301
Camlers)
Tatal 1,861 1 | LBGZ 567 5 572 FEE] 61 To4 26 Z7 53 1 1 2| 3.1BB 95 | 3,283
Treated with <AByears | 650 - 50| 144 3| 147| 124 7{ 131 3 1 4 - - - gzi| 11| a3z
concentrate Inyear™®
A8years | 1,145 1|1147 401 2 403 480 26 506 16 7 23 1 1 2| 2,044 37 | 2081
[Including lonws-level
carlers) Tatal 1,796 1|1.797 545 5 550 B4 33 B37 19 B rr 1 1 2| 2,965 48 | 3,013
Treated with <AByears 1 - 1 z - z 40 al a1 3 3 E - - - 45 7| =3
Desmapressinin year™®
ELE years - - - 1z - 1Z| 118 25| 143 5 17 Zz - - - 135 42| 177
[Including lonws-level
carlers) Tatal 1 - 1 14 - 14 158 za 1B87 B 20 ZB = - - 1E1 49 230
Treated with <1Byears 17 - 17 - - - - - - - - = - - - 17 - 17
FEIBA® Inyear™
ZEyears 51 - 51 12 - 12 a - 3 - - - S - - 72 - 72
[Including lonws-level
carlers) Total 68| - BB S I 12 9 - 9 - - - - - 4 g9 - E9
Treated with <AByears 4| - 41 4 - 4 2 - z - - - - - - 47 - 47
MovaSeven® In yeart™
ElEyears z3 - z3 & - & 5 - 5 - - - - - - 40 - 40
[Including lonws-level
carlers) Total o - 7| 1w - 10 7 - 7 - - - - - - g7 - E7

*New registrations are a subset of the ‘In Register’ numbers
** Treated includes patients ‘In Register’ and ‘New Registrations’




Figure 7 Carriers of Haemophilia A currently registered and newly
registered, by baseline factor Vill fevel
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Table 3 New registrations of patients with Severe Haemophilia A aged over 2 years old, and subsequent treatment by
year

Treated in each year
2008/09 18
2009/10 17
2010/11 16
2011712 15
2012/13 13
2013/14 14
2014715 13
2015/16 13
2016/17 12

Mo treatment records 0




Figure Za  Trend in the number of patients with Severe Haemophilia A aged
60 years and above, 1976 - 2016/17 (including HIV +ve pts)
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Figure 2b  Trend in the number of patients with Moderate Haemophilia A
aged 60 years and above, 1976 -2016/17 (including HIV +ve pts)
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Figure 2ec  Trend in the number of patients with Mild Haemophilia A aged 60
years and above, 1976 - 2016/17 (including HIV +ve pts)
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Figure 3 Factor VIl units used by UK Haemophilia Centres 1992 - 2076/77 all diagnoses
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Figure 4  Factor VIl units used by UK Haemophilia Centres to treat Severe Haemophilia A - 2011/12 - 2016/17
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201314 0 780 8915 358 758 106. 06 18, 825 283 40 408, 364 107 63
2014/15 3293 8539 388 512 114 86 17,703 266.50 435,147 11574
2015/16 31 363 o084 411 307 14 60 14, 360 21617 457,030 12045
2016/17 27915 2086 435 515 128 84 o 678 14570 473,414 12477




\

Figure &  Factor VIl units per kilogram used by UK Haemaphilia Centres o treat Severe Haemophilia A -20717/12 -
2016/17
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1U/Kg since 201112 1U/Kg since2011/12 1U/Kg since 2001/12
2011712 5,768 100.00 3,692 100.00 2,308 100.00 3,867 100.00
2012/13 5,939 102.96 3,577 96.89 2,814 121.92 3,715 96.07
2013/14 6,000 104.02 3,680 99.67 4,185 181.33 3,871 100.10
2014415 5,644 97.85 3771 102.14 4,133 179.07 3,533 101.71
2015/16 5411 93.81 3,746 10146 5,038 218.28 3,870 100.08
2016/17 5,051 87.57 3,821 103.49 2,393 103.68 3,549 102.12




Table 4 Treatment intensity of patients with Severe Haemophifia A, with no inhibitor - 2011/12 - 2016/17

2011/12 | 100,308,938 | 241,236,309 565 951 177,538 253,666
2012/13 96,316,420 | 236,407,243 552 944 174,486 250,431
2013/14 | 103,213,817 | 261,444,314 578 1,001 178,571 261,183
2014/15 | 107,628,003 | 284,539,478 571 1,042 128,490 273,071
2015/16 | 106,809,190 | 299,558,834 573 1,082 186,403 276,857
2016/17 | 112,875,983 | 318,137,100 571 1,124 197,681 283,040




Table &

Treatment intensity of patients with Moderate Haemophilia A, with no inhibitor - 2011/12 - 2016/17

2011/12 11,497,191 46,108,773 154 399 74,657 115,561
2012/13 11,961,548 45,099,101 150 373 79,744 120,909
2013/14 14,078,000 47,377,909 161 386 87,441 122,741
2014/15 16,128,950 49,283,041 157 388 102,732 127,018
2015/16 15,848,750 54,752,983 145 403 109,302 134,623
2016/17 16,990,470 57,507,930 143 393 118,814 146,331




Figure 6  Median usage of factor VIlI: UK patients with severe Haemophilia
A without inhibitors broken down by age, 201 1/12 - 2016/17
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Figure 7 Patients with Severe / Moderate / Mild Haemophilia A treated with
FVII by UK Haemophifia Centres - 2008/08 - 2016/17
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2009/10 1513 101.5 535 56.9 609 109.9 27 1227
2010/11 1549 104.0 343 S5E.4 634 114.4 26 118.2
2011712 1591 106.8 360 101.4 637 115.0 20 90.9
2012/13 1607 107.9 534 56.7 635 114.6 19 B6.4
2013/14 1670 1121 563 102.0 642 115.9 19 B6.4

2014/15 1711 114.8 561 101.6 638 115.2 21 95.5
2015/16 1759 118.1 558 101.1 663 119.7 21 95.5
2016/17 1798 120.7 550 99.6 637 115.0 27 122.7




Factor VIl usage by region for patients with Severe Haemophifia A (incl. freatment for inhibrtors)

Yorkshire and the Humber 5,425,741 124 41,164,500 331,972 7.59

London 8,787,892 310 94,567,407 305,056 10.76

East of England 6,130,542 128 37,671,121 294,306 6.14

Morth East 2,636,848 61 17,871,831 292,981 6.78

South East 9,026,297 292 80,399,971 275,342 8.91

South West 5,515,953 133 34,824,090 261,835 6.31

Morth West 7,219,623 166 36,388,750 219,209 5.04

East Midlands 4,724,437 145 29,966,297 206,664 6.34

West Midlands 5,800,734 133 29,183,165 190,740 5.03

Morthern Ireland 1,862,100 70 14,485,000 206,929 7.78

Scotland East 3,021,290 80 23,293,750 291,172 7.71

Scotland West 2,351,710 28 15,882,250 273,832 6.75

Wales 3,113,200 77 17,692,486 229,773 5.68

English reqions ranked by mean usage

Sowurce accrediEtion:
Fopulation Estimatas for UK, England and Wales. Scotlznd and Northemn [reland: Mid-2078; Office for Nafional Siatistics licensed undar the Open Govermnment Licence v.3.0.
& Crown copyright 2077

Mid-2076 population estimates Scotiand supplied by Nafional Records of Scotiand under the Open Govemnment Licance v3 0 € Crown Copyright 2077
NOTE: Fatients are allocated fo esch region based on their home posfcods, rather than where they were freafed




Figure 8a Annual FVIIl usage (TUKg/PL) Z2076/17 in patients with Severe
Haemophilia A aged under 18 years with no current inhibitor, by

centre, ranked by median usage
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Data table for Figures 8a & b

Belfast 17 17 2,175,000 137,500 4,560
Birmingham 41 38 6,202,750 141,750 4,242
Bristol a5 21 5,731,500 | 189,000 6,750
Cambridge 7 17 3,735,250 | 129,000 5,206
Canterbury 14 14 3,264,750 181,750 6,887
Cardiff 12 10 2,651,000 | 204,750 6,048
Coventry 10 10 1433000 | 143125 4,389
Edinburgh 10 9 1,920,000 83,625 4915
Glasgow a5 35 5,797,250 | 170,000 5,468
Great Ormond Street 81 22018105 | 245 250 7,672
Leeds 24 [} 5,004,000 218,375 -
Liverpool 22 21 3,400,250 | 140,250 3,571
Manchester 50 a9 7,451,750 | 128000 3,086
Newcastle upon Tyne 19 19 4452 000 220,000 4 434
MNorth Ham pshire 18 17 3,055,250 172,500 4,843
Mottingham 16 16 2,039,250 | 105,875 4,050
O ford 32 32 6,893,000 177,875 4684
Royal London 17 14 2,487,047 135,000 3,067
Sheffield 15 15 2,666,750 148, 500 4, 525
5t Thomas' 23 19 3,984,250 | 159,000 5,403
Centres with <=4 patients meeting criteria 25 15 4362718 163,500 4 639
Centres with 5-9 patients meeting criteria 54 458 11,247 115 187,000




Figure 8b  Annual FVIIl usage (ILVPL) 20716/17 in patients with Severe
Haemophifia A aged under 18 years with no current inhibitor, by
centre, ranked by median usage per patient
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Figure 92 Annual FVIN usage (IUKgPL) 207677 7 in patients with Severe
Haemophilia A aged 18 years or more with no current inhibitor, by

centre, ranked by median usage
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Data table for Figures 9a & b

Aberdeen 12 B 3,457,500 283,750
Belfast 44 43 9,557,000 | 212,000
Birmingham B9 50 14,150,000 180,000
Bristol 30 24 6,252,000 | 187,000
Cambridge 31 26 9,054,250 272,500
Canterbury 22 18 7,702,000 | 349,000
Cardiff 34 24 6,560, 761 168,250
Coventry 11 11 2,834,700 | 242,000
Dundee 13 13 3,389,500 240,000
Edinburgh 21 20 6,615,500 254,000
Glasgow 39 39 11,667,250 | 297,000
Hammers mith 27 22 B, 771,000 338,000
Kingston upon Hull 16 13 4 335,750 244000
Leeds 33 25 15,971,500 382,000
Leicester 20 20 4644661 | 237,000
Liverpool 31 22 £,504,000 240,000
Manchester 55 50 13,383,750 | 234,000
Mewcastle upon Tyne 41 38 12,456,000 300,000
Morth Hampshire 50 43 13,894, 800 256,000
MNottingham 28 27 5,789,586 177,000
Oxford o4 o1 23,335,250 255,250
Rovyal Free 132 127 43,508,158 334,000
Royal London 44 30 11,385,574 280,170
Sheffield 19 8 6,730,000 308,000
Southampton 16 13 3,845,500 244 000
S5t George's 25 23 5,8B6,360 | 242,000
5t Thomas' 103 76 38,518,750 360,000
Centres with <=4 patie nts meeting criteria 32 20 9,053,000 255500
Centres with 5-2patients meeting criteria 31 21 6,479,000 144000




Figure 896 Annual FVII usage (ILUAPEY) 2076777 in patients with Severe
Haemophifia A aged 18 years or more with no current inhibitor, by
centre, ranked by median usage per patient
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Figure 10  Median factor VIl units used per kilogram body weight per year in
patients with Severe Haemophilia A without inhibitors by age,
2076/77
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Figure 17 Median factor VIl units used ({U/kg) in patients with Severe

Haemaophilia A without inhibitors aged 16 and over, by bodyweight
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Figure 72 Patients with Severe Haemophilia A with no current inhibitor
between April 2016 & March 2077 median usage by inhibitor
history

n=95g ~ n=166
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n
S
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excludes outside values

Whirtney U test: Under 78 yesrs: p<0.005 (significant): 18 years and over: p=0.03 (significant)



Table 7 Products used to treat Hasmophilia A (including inhibitors)

between Aprif 2016 & March 2017

Advate 164,292,360 175,084,058
Baxalta

FEIBA 36,176,573 35,104,000
Bayer Koge nate 21,488,750 19,542, OB6
Biotest Haemoctin 340,000 336,000

FVIII BY 256,620 221,510
BEPL

Optivate 4,715,460 4,500,425

Haemate P 202,000 79,500

Helixate Nexgen 27,913,250 24, 401,450
CsLBehring

Riastap (g) - 3

Voncento - 5,000

Alphanate 142,000 114,000
Grifols

Fan hdi 25,281,600 19 616, 500
LFE Biomedicaments Willfact fwilfactin - 2,000
Movo Nordisk MovaSeven (mg) 23,124 19,700

Muwig 5,218,500 6,013,250
Octapharma Octanate 3,572,500 5,086,500

Octaplex - 3,000

Bene FIX 1,000 4,000
Pfizer

ReFacto AF 276, BERB, 501 284 693,B66
S50BI/Biogen Elocta 285,250 15,257,316

Desmopressin 27 667 23,767
Various Manufacturers Investigational Factor VI 16,147,178 10,573,777

Linits in fUf unless otherwrse stated




Table &

Factor VIll urniifs used by UK Haemaophilia Cenires between April 2016 and March 2017, broken down by

diagnosis
Haemophilia A 3,015 29,958,435 508,734,740 10,573,777 15,257,316 565,525, 268
Acquired Haemophilia & 5 4,000 162,500 - - 166,500
Haemophilia B* 1 - - - 1,000 1,000
von Willebrand disease 755 19,805,754 132,500 - - 19,938,254
Acguired von Willebrand Diseaze 36 2,299,000 - - - 2,299,000
Platelet-type Pseudovon Willebrand Disease 2 4,000 - - - 4,000
Probable von Willebrand disease 2 4,000 - - - 4,000
F.WIl deficiency® 1 - 20,000 - - 20,000
Combined ¥+VIII Deficiency B - 50,000 - - 50,000
Co-inherited diagnoses 15 395,100 1,397,750 - - 1,796,850
Miscellaneous* 6 132,500 - - - 132,500
Unclassified bleeding disorder 1 500 - - 500

Froducts comtainmng VIWF as well as FIAY are reporfed in FIT wnids




Figure 13 Market Share of factor VIl concentrates issued by UK Haemaophilia Centres: April 2016 & March 2017
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Haemophilia B




fable @  Patients with congenital Haemophilia B (including carriers) registered and treated April 2016 - March 2017

<18years 1z - 17 83 - 83 o8 51| 145 4 32 L) - 1 1) 302 84| 38
Total In Register

[including defident =1 Byears 243 1| 244) 56 5| 261) 380 27| 557 36| 47| 253 - 5 5| 415 445 L3680

females and carriers)
Total 360 1| 361| 339 5| 344 478 2B M6 40 25| 289 - [ 6| 1,27 52| 1746
<1Byears 7 - 7 7 - 7 15 12 27 - 10 10 - - - 29 n 5l

Mew Re gistrations *

[including defident =l8years 1 - 1 3 - 3 3 15 18 1 28 29 - 1 1 B 44 52

females and carriers)
Total 8 - B 10 - 10 1’| 27 45 1 38 35 - 1 1 37| 66| 18
<18years 1o - 1o 46 - 45 32 5 7 - - = - - - 188 5| 193

Treated in year®*

[including defident Z1Byears 25 - 25| 136 - 136 o 28 11 3 10 13 - - - A58 38 496

females and carriers)
Total s - 35| 182 - 182 1% 33| 189 3 10 13 - - - 646 43| 689
Treated with FIX <18years 106 - 106 46 - 46 32 5 37 - . - - - = 184 5 189

i -
concentrate inyaar sgyears| 27| - | 27| 18| - | 18| | 27| m=m| 3| 10| 13 - - | - | a0 a7 487

(including defident

females and carriers) Total 23 - 323 182 - 182) 1| 32| 158 k! 10 13 - - - 634 42| 676

* New reqistrafions are 3 subsetf of the n Regisfier numbers
** Treated includes patemts In Register’ and New Registrafions’




Figure 14 Camers of Haemophilia B currently registered, by baseline factor
X level
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Table 10 New regisirations of Haemaphilia B between Aprif 2016 & March 2017, by age af mid-year, gender and




Figure 152 Trend in numbers of Severe Haemophilia B patients aged 60
Vyears and above, 1976 - 2016/17 (including HIV +ve pls)
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Figure 150 Trend in numbers of Moderale Haemophilia B patients aged 60
years and above, 1976 - 2016/17 (including HIV +ve pis)
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Figure 15¢  Trend in numbers of Mild Haemophilia B patients aged 60 years
and above, 1976 - 2016717 (including HIV +ve pis)
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Figure 16 Factor IX units used by UK Haemophilia Centfres 1992 - 2016/17 alf diagnoses

Units

Millians

100

Ed

&0

40

20

200
IPlasma M Recombinant  Minvestigational BEHL

+ 700

r 600

- 500

r 400

Patients [n)

- 300

q,"'l.-

P

& F & PGPS é‘”é"@e@ SO

+ 200

|
HIEHTTLH
DLEEREAR RN AR aaaat.

100

N
P

&S @
Time Period "'Ir "I.v 'b, ™

h 9 A
b."'? _\c;."'? n;o":’

N E: Datz for 5f Thomas were nof submitied 19962006



Table 11 Factor IX usage by region for patients with Severe Haemophilia B (incl. treatment for infiibitors)

East Midlands 4,724 437 29 5,929,000 204 448 125
East of England 6,130,542 7 6,699,183 181,059 109
London & 787,892 56 14,055,078 250,984 1.60
Morth East 2,636,848 11 2,483,500 225,773 0.54
MNorth West 7,215,623 27 5,809,500 215,167 0.80
South East 9,026,297 55 10,550,018 187,273 1.20
South West 5,515,953 14 3,534,500 252,464 0.64
West Midlands 5,800,734 27 5,473, 650 202,729 0.94
Yorkshire and the Humber 5,425,741 24 6,085,070 253,545 1.12
. Englnd a5760733 20 6081959 2050 13 |
MNarthern Ireland 1,862,100 8 2,067,500 258 438 1.11
Scotland East 3,021,290 12 2,300,000 191,667 0.76
Scotland West 2,351,710 12 1,515,903 125,325 0.64
Wales 3,113,200 10 1,600,707 160,071 0.51

Source acoreditahionr

Fopulztion Esiimates for UK, England and Wales, Scotland and Northem lreland: Migt2016: Office for National Siztistics ficensed under the Open Government Licence w30
E Crowm copyright 2077

Micd=2078 popuiaiion estimates Scotiand supplied by Natonal Records of Scoland under the Open Govemment Licence v3.0 & Crown Copymght 2077

\



Frgure 173 Annual FIX usage (IIKGPE) 2016717 in patients with Severe
Haemaophilia B aged under 18 years witfh no current infiibitor, by
centre, ranked by median usage
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Data table for Figures 17a & b

Bristol 5 580,000 £8,500 3,815
Cambridge 7 835,500 | 113,000 4,513
Canterbury 5 5 986,000 203,000 5,256
Great Ormond Street 21 21 2,911,092 120,000 3,995
Leicester 5 = 609,000 51,000 2,914
Manchester 11 11 1,675,500 154,000 4,170
Newcastle upon Tyne 5 508,500 105,000 3,602
Oxford 8 g 1,164,500 123,750 331
Centres with <=4 patients meeting criteria E] 34 5,177,500




Frgure 176 Annual FIX usage (lUHPE) 2016717 in Severe Haemophilia B
patients aged under 18 years witft no current infibitor, by cenlire,

ranked by median usage
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Figure 153 Annual FIX usage (IKgPY) 2016717 in Severe Haemophilia B
patients aged 18 years or more with no current infibitor, by centre,

ranked by median usage
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Figure 186 Annual FIX usage (TUPH 2076/7 7 in Severe Haemaopiilia B
patients aged 18 years or mare with o currert infwbrtor, by cenire,
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Data table for Figures 18a & b

Birmingham 10 5 2 554,000

Cambridge 13 1 3024000 | 245,000 3,145
Glasgow 1 1 1758750 | 182,750 2,433
Manchester 1 9 3742500 | 288,000 4,872
Mewcastle upon Tyne 12 12 4,350,500 312 000 2,562
Oxford 15 13 3751530 | 220,000 2,855
Foyal Free 3 i3 10,006,000 | 318,000 4,041
Royal London 14 10 1,540,050 44550 1,550
5t Thomas' 17 15 3632500 | 175,000 2,652
Centres with <=4 patients meeting criteria 35 28 4 958 585 200,000 2,665
Centres with 5-9patients meeting criteria 4 32 10,157,152




Table 12 Products used fo treat Haemophilia B (including inhibitors)
between April 2016 and March 2017

FEIBA 2,204,000 1,652,000
Baxalta

RIXUBIS - 223,000
BPL Replenine 2,686,610 2,548,450

IDELVION - 1,030,500
C5LBehring

Mononine 540,000 362,000
Grifols Alphanine 6,338, 600 5,876,000
Movo Nordisk Movoseven (mg) B, 295 10,391
Pfizer BeneFlX 79,040,670 77,093,582

ALPROLIX 54,000 3,303,013
50BI/Biogen

Elocta - 1,000
Warious Manufacturers | Investigational Factor IX 4,361,406 2,420,676

Linits i U unless otherwise siated




Table 13 Factor IX unils issued by UK Haemophilia Centres betweern April 2016 and March 2017, brokern down by

adiagnosis
Haemophilia A% 2 - 4,000 - - 4,000
Haemaophilia B 576 , 786,450 77,316,592 2,420,676 4,333,513 92,857,231
von Willebrand dizease 2 - 16,000 - - 16,000
Co-inherited diagnoses 1 - 196,000 - - 196,000
Unclassified bleeding disorder 1 - 1,500 - 1,500




Figure 19 Market Share of 1actor IX concenirates issued by UK Haemophilla Centres during 2016717
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Von Willebrand Disease



Table 14  Patients with von Willebrand Disease registered and treated Aprif 2016 - March 2017

Males
Type 1 2| 158 | 22 12| 415 84 | 33 | &% s | 1,147 | Le22 68 35
Type 2A 33 32 7 0 72 54 7 % 3| 28 77 62 6
Type 2B 5 10 3 0 18 12 3 15 2 63 a1 17 1
Type 2M 20 & 4 0 30 23 7 1 3 64 94 14 1
Type 2N 0 0 3 0 3 3 2 P 4 Y] 15 5 2
Type 2 Unspedfied 4 6 4 0 14 13 8 1 30 44 4 2
Type 3 27 27 58 58 85 58 1
Type Unreported e | 137 ] 7| 7| a| 17| 3w | s3] s | 11m| 160 99 g
Sulbs Total Males 3,887 27 86
Females

Type 1 7 | 103 | :s 3| 31| 13| 542 1714 1% | 258 | 2,82

Type 2A 7 27 10 0 64| 112 w9 &7 & | 284 318

Type 28 & 7 9 0 2 14 4 : 1 o 19

Type 2M 8 18 9 0 35 a8 £l 15 & | 134 169

Type 2N 0 1 2 0 3 5 7 52 4 68 71

Type 2 Unspedfied 4 1 0 0 5 17 3 18 2 60 65

Type 3 18 18 51 51 69

Type Unreported | 148 | 21| 10| 3| ms| 61| 158 | 1% | 257 | 32

Sub Total Females 6,795




Table 15 New Regisirations of von Willebrand Disease between April 2016 & March 2017, by age at mid-year, severity,
and gender

Type 1 0 10 20 o 30 o B 10 o 16 46
Type 24 4 o o L] 1 o 1 5
Type 2B ] o] a 0 ] 1 o] 1 1
Type 2M 1 o o 1 L] L] 1 o 1 2
Type 2N ] 1 a 1 ] ] 3 o] 3 4
Type Unreported 9 27 46 a 82 B 12 17 1 36 118
Sub Total Males 176
Females

Type 1 2 7 12 o 21 2 22 ] o 63 B4
Type 24 1 5 o] a ] 1 3 3 o] 7 13
Type 2B 2 1 o a 3 a a 1 o 1 4
Type 2M ] 1 2 a 3 ] 2 0 o] 2 5
Type 2N o o 1 o 1 o o 2 0 2 3
Type 2 Unspecified 0 0 0 a 0 1 0 0 0 1 1
Type 3 1 1 o 0 1
Type Unreported 9 | 24 | 24 | 1 68 10 | 40 | B4 | 1 115 183
Sub Total Females 294




Table 16  Concenfrates used fo treat von Willebrand Disease (including

infibrtors) between Aprif 2016 & March 2017

Froducts confaming VWF and FlAW are reporfed i FVIT wnits

Baxalta Adwvate 14,500 35,000
Bayer Kogenate - 90,500
Haemate P 7,625,150 | 4,387,950
C5L Behring Helixate Nexgen - 1,500
Voncento 5,353,350 5,118,500
Alphanate 720,000 873,000
Grifols
Fanhdi 4000 8,000
LFB Biomedicaments Willfact fwilfactin 555,000 | 1,027,000
Movo Mordisk Movoseven (mg) 1,956 1,087
Octapharma Wilate 5,710,000 | 5417904
Benefix - 16,000
Pfizer
ReFacto AF 25,000 5,500
Desmopressin - 14,043
Imvestigational rvwr *
Aronymized for confidenialfy puposes
Uitz in I unfess otherwise sizted




Inhibitors: Congenital and Acquir



lable 17 Inhibitors by Disease Severily - Haemophilia A, Haemophilia B & von Willebrand Disease

< 1IUfdl 1,934 25 (13) 143 (7.4) 168 [B.7) 284 (14.7) 452 (23.4)
1-5L/d B37 3 (04) 28 (3.3) 31 (3.7 51(6.1) B2 [(9.8)
o =5 - <40 |U/dI 3,707 2(01) 16 (0.4) 18 (0.5) 40(1.1) 5B (16
Haemophilia A
A0+ 1,355 0 (0.0) 0 (0.0} 00O 0 (0.0} 0 (0.0
Unknown G0 0 (0u0) 0 (0.0} 00O 0(0.0) 0 (0.0
Total 7,893 30 (0.4) 187 (2.4) 217 (L7 375 (4.B) 592 (7.5)
<1IU/dl 361 0 (0uD) 12 (3.3) 12 (3.3 5(14) 17 (47
1-51ufdi 344 0 (0uD) 0(0.0) 00O 0(0.0) 0 (00
i =5 -<a0 |U/dI 746 0 [0u0) 0 (0.0} 00O 0 (0.0} D (0O
Haemophilia B
40+ 289 0 [0uD) D (0.0} 0 [00) 0 (0.0} D (0.0
Unknown B 0 [0u0) 0 (0.0} 00O 0 (0.0} 0 (0.0
Total 1,746 0 (0u0) 12 (0.7) 12 (0.7) 5(0.3) 17 (L0
Typel 4554 0 (0u0) 0 (0.0} 00O 1{0.0) 1(0.0
T 3 154 0 (00 5(3.2 53 2{13 7 (4.5
von Willebrand disease Ve oo B2 s ) i
Others 5574 0 (0u0) 0 (0.0} 00O 0(0.0) 0 (0.0
Total 10,682 0 (0u0) 5(0.0) 5(0.0) 3 (0.0) B (0.1)
) * Including patients nof regular) freated
MNew=newl) reporfed in year
Ongoing=mhibitor in year but nof new i year
Ci_.@'ra?n“:&m af New + Ongoing

Ever = Historeal + Cument




Table 18  Annual concenfrate usage by patients with congenital bleeding disorders who were inhibitor positive at any
time during 2016/17

A dvate 14, B3, 500 37 - - 10,000 1 - - - -
Baxalta

FEIBA 35, 10, 000 25 1,652,000 g - - - - 1,216,000 3
Bayer Kogenate 2,450, 000 B - - 50, 500 1 - - - -

FWIlBY 221 510 1 - - - - - - - -
EFL

Optlvate 4,174, 425 4 - - - - - - - -

Hagmate P - - - - 171, 500 2 - - - -
CSLBehring Hellxate Mexgen 1, 646, DOD 7 - - - - - - - -

W once nto - - - p 25E, 00D 2 - - - -
Grifols Fanhdl B 778 00D 16 - - - - - - - -
Movo Mordl sk MNovoSeven [mg) 13,251 B3 10,391 hls] 1,087 3 DED 1 - -

Muwlg 497, 250 B - - - - - - - -
Otapharma

Octanate 3,888,500 7 - - - - - - - -
Fflzer ReFacto AF 10,157,250 33 - - - - y - - -
S50E|/Blogen Elocta 1,020, 500 4 - - - - 4 = - -

Desmopressin 252 5 - - - - - - 450 1

Investigational Fyll 40 1 - - - - - - 2 -

Varlows Investigational PV - -

Manufacturers mimetic

Investigational Pyl 17,100 3 - - - - - - - -

Uitz i S undess ofherwise sizted




Table 19  Concentrales used fo freat Acquired Inhibifors

Advate 15,000 - -
Baxzlta FEIBA 7,088,000 - 4,000
OBIZUR 48,000 - -
Bayer Fi 4 - -
Hzemzata P - 254,000 -
=L Behring Riastap (g} - f -
Voncento 4,000 636,000 -
|DEC Pharmaceuticals | Rituximab 4,208 - -
LFE Biomedicaments | Willfact fWilfactin - 306,000 -
Mowo Nordisk MovoSeven [mg) 4,155 & -
Octaplex 1,500 - -
Octspharma
Wilate - 1,409,000 -
Pfizar ReFacto AF 98,500 - -
Desmopressin 30 122 -




Table 20  FEIBA®P usage: breakdown by diagnosis

Haemophilia A 89 35,104 000
Haemophilia B 4 1,652 000
Acquired Haemophilia & 29 7,088 000
Acquired Prothrombin Deficiency 1 A 000
Co-inherited diagnoses 3 1,216,000

Table 21 NovoSever® usage: breakdown by diagnosis

Haemophilia A a7 19 666
Haemophilia B 10 10,391
von Willebrand diseasze 3 1,087
Acguired Haemophilia A 26 4155
Acguired von Willebrand disease 1 &
F.W deficency 1 &
F.WII deficiency 56 2,776
Co-inherited diagnoses 2 94
Bernard Soulier 13 394
Glanzmann's Thrombasthe nia aa 3,229
Platelet defects 4 182
Unclassified bleeding disorder 3 22




Rarer Bleeding Disorders



Table 22 Fatients with rarer lypes of bleeding disorders registered and

treated April 2016 & March 2017
Probable von Willebrand disease 198 = | 144 B 2 &
Platelet-type Pseudo von Willebrand Disease 27 13 14 2 2 a
F.V deficiency 205 Bl 124 4 1 0
F.VIl deficency 1270 618 652 Ea 57 1
F.x% defidency 56 111 145 33 5 0
F.%I Deficiency 3,020 1,265 1,755 75 &0 1
F.2IIl Defidenoy &9 33 30 E5 E5 0
Combined |1+VI1+X+x Deficiency 3 1 2 0 0 0
Combined V+VIIl Deficdency 8 13 15 10 g 3
Co-inherted diagnoses 300 143 157 30 19 11
Prothrombin Deficiency 14 5 L] =5 4 a
Afibrinogenamia 14 8 & 11 10 a
Dysfibrinogenamia 430 190 300 20 20 0
Hypofibrinoganemia 134 =] 7B B 7 1
Hypodystibrinogenamia 28 13 15 3 0
Fibrinogen Defidency 20 10 10 3 3 0
Acquired Heemaophilia A 503 284 245 102 98 1
Acquired Haemophilia B 1 1 a a a a
Acquired von Willebrands 130 72 58 41 38 3
Acquired Prothrombin Deficiency & 4 2 1 1 0
Acquired F.X1I Defidency 1 a 1 a a i}
Acquired F.W Deficiency a 4 1 a a
Acquired Deficiency (other) ] 1 2 2 0
Glanzmann's Thrombasthenia 134 =3 76 47 4 2
Bernard Soulier g7 43 M 15 13 1
Cther platelet defects 2,426 752 1674 112 5 7
Miscellaneous 258 &8 150 13 & &
Unclassified bleeding disorder 467 &3 404 26 7 18
Hzemaophilia Awith Liver Transplant 10 10 0 0 0 0
Hzemaophilia B with LiverTransplant 3 3 0 0 0 0




Table 25 Patients with selected rarer bleeding disorders registered and

freated April 2016 - March 2017, by disease severity

F.W deficiency 46 2 159 z 205 4
F.WIl deficiency 129 27 1140 32 1270 59
F.X deficiency 42 30 214 9 256 39
F.XI Deficiency 233 22 2785 53 3020 75




Table 24 New registrations of rarer bleeding disorders between April 2076 &
March 2017 showing their coaguiation defect and gender

Haemaophilia & with Liver Transplant 3 3 L
Platelet-type Pzeudo von Willebrand Disease 4 B T
Probable von Willebrand dise ase ] 14 20 L
F.v deficiency a a 18 T
F.WIl deficie noy 76 77 153 T™
F.X deficiency 12 10 22 T
F.Xl Deficiency 111 161 272 T
F.XIlI Deficiency 2 1 3 T
Combined V+VIlI Deficiency 1 2 3 MNfA
Co-inherited diagnoses 12 11 23 L
Afibrinogenemia 1 2 3 L
Dysfibrinogenemia 30 44 74 L
Hypofibrinogenemia 11 11 22 L
Hypodysfibrinoge nemia 13 15 28 M
Fibrinogen Deficiency 1 1 2 T
Prothrombin Deficiency 1 0 1 Je
Acquired Hae mophilia & 70 49 119 T
Acquired F.V deficiency 0 1 1 il
Acquired Prothrombin Deficiency 1 0 1 L
Acquired von Willebrand dise ase 15 B 21 Js
Acquired Deficiency (other) 3 0 3 NSA
Glanzmann's Thrombasthenia 5 ] 11 T
Bernard Soulier 1 2 3 L
Other platelet defects 79 200 279 4
Miscellaneous 4 15 19 L
Unclaszified bleeding disorder 10 109 119 T

S Teml a1 70 1m
-



Table 25  Concentrates used lo freal Rarer Bleeding Disorders between April 2016 & March 2017

Baxter Pl - 2 104, 200 - - - - - _
COAGADEX - - - 12 351,250 - - - -
BPL Fx = - - 8 142 420 - - - -
Fxl - y - - - 5G| 242367 - -
Beriplex - =4 - 15 750,250 - - - -
Csl Behring Fibrogampmin P - - - - - - - 54| 781,000
FxIl1 - - = 3 - - - 1 5,000
LFB Biome dicaments Hemoleven - - - - - 1 4,000 - -
NovoSeven (mg) B 1. 2776 - - - - - -
Mowvo Nordisk
MNovoThirtee n - - - - - - - 1 32 500
Octaplas [units) 815 1 8 2 17,100 8 & - -
Octapharma
Octaplex - - - 17 634,500 - - - -
Benefix - - - - - = - - -
Pfizer
ReFacto AF - 1 40,000 - - - - - -
Desmopressin - 1 255 - - 1 15 - P

Linits in U unfess otherwise stated




Adverse Events




Table 26  Adverse Evenis reported between April 2016 & March 2017

Allergy Event 4 4
Infection Event a a
Inhibitor Event 3l 3l
Intracranial Haemorrhage 5 5
Malignancy Event 24 24
Other Event 2 2
Poor Efficacy Event 1 1
Thrombotic Event B =]

Beae tahle 77 for breakdown of infvbitors by disezse seventy i Hsemophiliz A, B and van Wilkhand disezse
NE ane of the new infibitors developed in & pafiant with & @rer blecding disorder, so 5 excluded from Tabls 77




Morbidity and Mortality



Table 27 Causes of death in patients with Haemophilia A, Haemophilia B

between April 2016 & March 2017

Hzemaophilia A

Carcnoma

(=]

Cerebral haemorrhage

CoAD

Hzemarmrhzags (misc)

= = Ty =

[= T B P 8]

lschaemic Heart Disease

Lymphoproliferative Melignancy

Unknown

=

Hzemaophilia B

ARDS

(=4

Carcinoma

Hepatocellular Cardnoma

ool ol o

Infection (Bacterial)

Liver Failure

[T =T I = I )

Lymphoproliferative Malignancy

Mixeddrug toxicity

Stroke

L= I = T A

e [l | e [l | e | R e | e | e [N

Unknown

[ ST T A I O e O T S O I = I e = = O S = T Y S N }

P

FESN I = N P == T = I
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Table 28  Causes of death in other coaguiation defects between Aprif 2016
& March 2017

Haemophilia B with Liver Transplant Leukasmia

F\ deficiency Unknown
ARDS

Carcinoma

F.WII deficienc
¥ Ischaemic Heart Dizeasze

Unknown

F¥ deficiency Unknown

Carcinoma
Infection (Bacterial)
Ischaemic Heart Dizeasze

FXI Deficiency

Unknown

FXIN Deficiency Unknown

Combined V+VIIl Deficiency Unknown

Co-inherited diagnoszes Unknown

ARDS

Carcinoma

COAD

Epilepsy

Acquired Haemophilia & Haemaorrhage (misc)
Infection (Bacterial)
Ischaemic Heart Di sease

Senility/Alzheimer's disease

Unknown
Acquired F.XI Deficiency Unknown
Acguired von Willebrand Disease Unknown

Carcinoma

Acquired Deficiency (other)
Unknown

Fibrinogen Deficiency Unknown

Ischaemic Heart D sease

Dy sfibrinogenemia
Unknown

Hy pofibrinogenemia Unknown

Hasmaorrhage (Misc)

Glanzmann's Thrombasthenia
Unknown

=
AP U UG PP [P0 P ) O I i P 0 O O . VP P P R VP ) O PR - O PR P PO Y ) P (U PO

Lymphoproliferative Malignan
Platelet defects Vmenee £ =

[
=

Unknown

Mizcellaneous Unknown

Unclassified bleeding disorder Unknown

Carcinoma

Cerebral haemorrhage
von Willebrand disease Infection (Bacterial)

Iz=chaemic Heart Dizeaze

BHWD—"WNI—‘

Unknown

S Tom @
e




dence chart of deaths from hepatocellular

et
carcinoma or liver 1aflure in UK patients with bleeding disorders
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Table 29  Summary of patients at sk’ of vCJD for public health purposes
wio received UK sourced plasma prodiucts as reporfed by Centres

Current status of “at risk”
. Dead 125
patients
Total BO9
WM =
G t MWV 5
enotype
¥P v A
Mot known 209
il 769
Sex
F 40
0-19 0
20-39 309
Current age band of living 40-59 276
‘at risk” patients 60-79 a4
B0+ 5
Mot known 0

These datz were fast upgafed on 3006E0T7




Figure 21 Total number of patients with Haemophilia A, Haemophilia B
(Including carriers) or von Willebrand Disease freated by UK
Haemophilia Centres
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Figure 22 Total number of patients with severe Haemophilia A and

Haemophilia B (including carriers) treated by UK Haemophilia
Centres
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