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Haemophilia Care GloballyHaemophilia Care Globallyp yp y

• 70% not diagnosed, 75% not treated
• Many die in childhood or grow-up severely 

disabled

2

•• High cost, low priority for  most High cost, low priority for  most 
governmentsgovernments



S i N i l Obj i f CS i N i l Obj i f CSetting National Objectives for CareSetting National Objectives for Care

 Linked to EconomyLinked to Economy

 Realistic in light of Global economic Realistic in light of Global economic 
downturndownturndownturndownturn

 Practicable, AchievablePracticable, Achievable
 Organisation and ResourcesOrganisation and Resources
 Incremental developmentIncremental development Incremental developmentIncremental development
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National HaemophiliaNational HaemophiliaNational Haemophilia National Haemophilia 
Program…OrganisationProgram…Organisation

 National Haemophilia program with Government National Haemophilia program with Government 
supportsupportsupportsupport

 Integrated within healthcare systemIntegrated within healthcare system
N ti l R i tN ti l R i t National RegisterNational Register

 National treatment protocolsNational treatment protocols
 Organised network of treatment centre’sOrganised network of treatment centre’s
 National purchase of replacement therapyNational purchase of replacement therapyp p pyp p py
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National HaemophiliaNational HaemophiliaNational Haemophilia National Haemophilia 
Program…OrganisationProgram…Organisation

 Strong National Patient Organisation for Advocacy and Strong National Patient Organisation for Advocacy and 
Ed iEd iEducation Education 

 Doctors and Patient Organisation CoDoctors and Patient Organisation Co--operateoperate
 National Haemophilia CommitteeNational Haemophilia Committee

: Statutory or Formal Basis: Statutory or Formal Basis
: National Tender Commission: National Tender Commission
: Doctors and Patient organisation included: Doctors and Patient organisation includedgg
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Objectives of TreatmentObjectives of Treatment--
As Access to replacement Therapy increasesAs Access to replacement Therapy increases::

ObjectiveObjective Per Capita FVIII usePer Capita FVIII usejj pp
SurvivalSurvival 0 0 –– 11
Functional IndependenceFunctional Independence 1 1 –– 33
Joint IntegrityJoint Integrity 33 –– 66Joint IntegrityJoint Integrity 3 3 66
Full integration into SocietyFull integration into Society 5 5 –– 77
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Factor Use relates to EconomyFactor Use relates to EconomyFactor Use relates to EconomyFactor Use relates to Economy

GNP FVIII FIXGNP FVIII FIXGNP                  FVIII use     FIX useGNP                  FVIII use     FIX use
>US$>US$1010,,000            3000            3..47                 047                 0..3939

US$US$2 2 –– 1010,,000          0000          0..31                 031                 0..0606

< US$ < US$ 22,,000             0000             0..02                 002                 0..001001

IRAN *                 Close to IRAN *                 Close to 22..0 0 iu/capitaiu/capita

WFH Global Survey WFH Global Survey 2007 2007 datadata
** 20092009
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Concentrate Use per capitaConcentrate Use per capitaConcentrate Use per capitaConcentrate Use per capita
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Mi i “S i l” d dMi i “S i l” d dMinimum “Survival” standardMinimum “Survival” standard
TT Treatment in a  care centreTreatment in a  care centre

 Safe and efficacious replacement therapySafe and efficacious replacement therapyp pyp py
 Factor concentrates for:Factor concentrates for:

Life / Limb threatening bleeding episodesLife / Limb threatening bleeding episodes-- Life / Limb threatening bleeding episodesLife / Limb threatening bleeding episodes
-- SurgerySurgery
-- Major bleeding episodesMajor bleeding episodes
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Good Standard of CareGood Standard of CareGood Standard of CareGood Standard of Care

 Treatment in a comprehensive care centreTreatment in a comprehensive care centre
 Provision of safe and efficacious replacementProvision of safe and efficacious replacement Provision of safe and efficacious replacement Provision of safe and efficacious replacement 

therapytherapy
HH Home treatmentHome treatment

 ‘On Demand’ therapy‘On Demand’ therapypypy
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O i H hili CO i H hili COptimum Haemophilia CareOptimum Haemophilia Care

 Treatment in a comprehensive care centreTreatment in a comprehensive care centre Treatment in a comprehensive care centreTreatment in a comprehensive care centre
 Provision of safe and efficacious replacement therapyProvision of safe and efficacious replacement therapy
 Home treatmentHome treatment
 ProphylaxisProphylaxis
 Strong coStrong co--operation between Doctors and Haemophilia operation between Doctors and Haemophilia 

S i tS i tSociety Society 
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ProphylaxisProphylaxisProphylaxisProphylaxis

bl d fbl d f Prevent bleeds from occurringPrevent bleeds from occurring
 Prevent joint damagePrevent joint damagej gj g
 Eliminate need for Orthopaedic surgery in later Eliminate need for Orthopaedic surgery in later 

yearsyearsyearsyears
 Physical and psychological freedomPhysical and psychological freedom
 Recognised as the  current Optimum therapyRecognised as the  current Optimum therapy
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Prophylaxis StudyProphylaxis Study 20072007Prophylaxis Study Prophylaxis Study 20072007

 6565 Children with haemophiliaChildren with haemophilia-- 55 year studyyear study 65 65 Children with haemophiliaChildren with haemophilia 5 5 year studyyear study
 32 32 on Prophylaxis, on Prophylaxis, 32 32 onon--demanddemand
 Normal Joint Function;Normal Joint Function;

9393% of those on prophylaxis% of those on prophylaxis-- 9393% of those on prophylaxis% of those on prophylaxis
-- 5555% of those On% of those On--demanddemand

M Manco Johnson et al, M Manco Johnson et al, 20072007
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Factor replacement therapy Factor replacement therapy 
i h hilii h hili

Outcome at different doses
FF Th N h l dTh N h l d S dS d

in haemophiliain haemophilia
France France 

(‘on demand’)(‘on demand’)
The Netherlands The Netherlands 

(intermediate(intermediate--dose dose 
prophylaxis)prophylaxis)

Sweden Sweden 
((highhigh--dose dose 

prophylaxis)prophylaxis)

N mb rN mb r 116116 2121 1919NumbersNumbers 116116 2121 1919

Age at study analysisAge at study analysis 2323 2121 1616––2222

A f hA f h 99 99 AAAge at start of  home treatmentAge at start of  home treatment 88..99 99..11 NANA

Age at start of  prophylaxisAge at start of  prophylaxis NANA 44..66 22..66

Annual number of  Annual number of  
joint bleedsjoint bleeds

1616..33 55..33 33

Pettersson scorePettersson score 1818..88 66..00 66..55

Orthopaedic joint scoreOrthopaedic joint score 77..77 22..00 22..44
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Clotting consumption (IU/kg/year)Clotting consumption (IU/kg/year) 16341634 18281828 37133713

van den Berg HM, et al. Haemophilia 2003;9(suppl):27–31



Different Reality and perception Different Reality and perception ––
Optimum CareOptimum Care

Children on ProphylaxisChildren on Prophylaxis

-- For many, no joint damageFor many, no joint damagej gj g
-- Severe haemophilia changed to mildSevere haemophilia changed to mild

: Do not know what untreated haemophilia: Do not know what untreated haemophiliapp
is likeis like

: Compliance with prophylaxis ?: Compliance with prophylaxis ?: Compliance with prophylaxis  ?: Compliance with prophylaxis  ?
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Appropriate National Treatment ProtocolsAppropriate National Treatment Protocols

Recommended DosageRecommended Dosage Recommended DosageRecommended Dosage

Optimum v Resource ConstrainedOptimum v Resource Constrainedpp
Joint Bleed            Joint Bleed            40 40 -- 6060%           %           1010--2020%%
Muscle                  Muscle                  40 40 -- 6060%           %           1010--2020%%
Iliopsoas               Iliopsoas               80 80 -- 100100%          %          2020--4040%%
CNS/Head            CNS/Head            80 80 -- 100100%          %          5050--8080%%
Gastrointestinal    Gastrointestinal    80 80 -- 100100%          %          3030--5050%%

Major SurgeryMajor SurgeryMajor SurgeryMajor Surgery
-- Pre op           Pre op           80 80 --100100%           %           6060--8080%%
-- Post opPost op 6060 -- 8080%% 3030--4040%%
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Post op         Post op         60 60 8080%            %            3030 4040%%



Choice of Replacement TherapyChoice of Replacement Therapy

 SafetySafety
 EfficacyEfficacy EfficacyEfficacy
 QualityQuality
 Supply / AvailabilitySupply / Availability
 CostCost CostCost
 National PurchasingNational Purchasing
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Factor Concentrate SafetyFactor Concentrate SafetyFactor Concentrate SafetyFactor Concentrate Safety

 Plasma derived recombinant excellent safetyPlasma derived recombinant excellent safety Plasma derived, recombinant, excellent safety Plasma derived, recombinant, excellent safety 
profileprofile

 Plasma derived:Plasma derived:
-- Improved donor selectionImproved donor selectionImproved donor selectionImproved donor selection
-- Improved donor screeningImproved donor screening
-- Viral inactivation, / removalViral inactivation, / removal

Post marketing surveillancePost marketing surveillance-- Post marketing surveillancePost marketing surveillance
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Economic Benefits of Factor Economic Benefits of Factor 
ConcentratesConcentrates

 Faster recoveryFaster recovery
 Less joint damageLess joint damage
 Less requirement for orthopaedic surgery inLess requirement for orthopaedic surgery inLess requirement for orthopaedic surgery in Less requirement for orthopaedic surgery in 

futurefuture
L i l k d iL i l k d i Less time lost work, educationLess time lost work, education

 Contribute to societyContribute to societyyy
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Economic Cost of Economic Cost of Not Not providing providing 
Safe TreatmentSafe Treatment

 HIVHIV
 Hepatitis A B CHepatitis A B C Hepatitis A, B, CHepatitis A, B, C
 Cost of treatmentCost of treatment
 Hospitalisation costHospitalisation cost
 Cost of InquiriesCost of Inquiries Cost of InquiriesCost of Inquiries
 Cost of CompensationCost of Compensation
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Early TreatmentEarly TreatmentEarly TreatmentEarly Treatment

 Home TreatmentHome Treatment
-- Less treatment requiredLess treatment requiredLess treatment requiredLess treatment required
-- Minimise joint damageMinimise joint damage-- decreased by decreased by 3030%%
-- Less disruption to individualLess disruption to individual

Eases burden on hospitalsEases burden on hospitals-- Eases burden on hospitalsEases burden on hospitals
-- Preserves  functional independencePreserves  functional independence
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Benefits of Home TherapyBenefits of Home Therapy

 400400% decrease in clinic visits% decrease in clinic visits
 Increase lifespan and Quality of LifeIncrease lifespan and Quality of Life Increase lifespan and Quality of LifeIncrease lifespan and Quality of Life
 Optimal use of factor concentratesOptimal use of factor concentrates

MexicoMexico: Home therapy: Home therapy 4747% annual reduction in% annual reduction inMexicoMexico: Home therapy, : Home therapy, 4747% annual reduction in % annual reduction in 
cost of treatmentcost of treatment
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Survival Analysis of Thai Hemophiliacs

First decade

1971 1980

Second decade

1981 1990

Third decade

1991 20001971-1980 1981-1990 1991-2000

No. of  patients 47 58 59

No. of  patients 
receiving home 

15 (31.9%) 30 (51.7%) 40 (67.8%)
g

treatment

Age at starting 
home treatment

16.5 + 7.7 9.1 + 4.2 7.2 + 8.4

Age at initial joint
deformity

14.4 + 8.5 10.7 + 5.0 19.9 + 11.8
y

Chuansumrit A, et al. Haemophilia 2004; 
10:542-9.



Survival Analysis of Thai Hemophiliacs
First decade

1971-1980

Second decade

1981-1990

Third decade

1991-2000

No. of  patients 

withwith

joint deformity 10 (21.3%) 12 (20.7%) 4 (6.8%)

1 - 2 joint

> 2 - 4 joints

11 (23.4% 15 (25.9%) 6 (10.2%)

j

No. of  patients 

with

27 (62.8%) 43 (75.4%) 49 (84.5%)

with

unaided proper

walking

Proportion of  14 (29.8%) 8 (13.8%) 3 (5.1%)
Chuansumrit A, et al. Haemophilia 2004; 
10:542-9.



The Way ForwardThe Way ForwardThe Way ForwardThe Way Forward

 Doctors / Patient organisations work together Doctors / Patient organisations work together ––
Formal involvementFormal involvement

 National approach in collaboration with National approach in collaboration with 
GovernmentGovernmentGovernmentGovernment

 National protocols and RegisterNational protocols and Register
 Planned steady incremental improvement in Planned steady incremental improvement in 

diagnosis treatment and comprehensive carediagnosis treatment and comprehensive carediagnosis, treatment and comprehensive care.diagnosis, treatment and comprehensive care.
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Economic RealityEconomic RealityEconomic RealityEconomic Reality

 Global Economic Recession / DepressionGlobal Economic Recession / Depression
 Iceland had highest FVIII per capita use in world Iceland had highest FVIII per capita use in world --g p pg p p

country now bankruptcountry now bankrupt
 More examination of cost effectivenessMore examination of cost effectivenessc s c v ssc s c v ss
 Treatment parameters may increasingly be set by Treatment parameters may increasingly be set by 

funding available and not by clinical needfunding available and not by clinical needfunding available and not by clinical needfunding available and not by clinical need
 Health Technology Assessment ( HTA)Health Technology Assessment ( HTA)
 First HTA in Haemophilia in Sweden First HTA in Haemophilia in Sweden –– 20092009
 Result may have Global implications / utilityResult may have Global implications / utility
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Annual Cost DataAnnual Cost Data IrelandIrelandAnnual Cost DataAnnual Cost Data-- IrelandIreland

S H hiliS H hili €€ 125125 €€215215 000000 Severe Haemophilia  Severe Haemophilia  €€ 125 125 -- €€215215,,000000
 Haemophilia             Haemophilia             €€ 55 55 -- €€6363,,000000

Bl di Di dBl di Di d €€ 2626 500500 Bleeding Disorder      Bleeding Disorder      €€ 2626,,500500
 Bleeding/Clotting disorder ( or average annual cost per Bleeding/Clotting disorder ( or average annual cost per 

patient)patient) €€ 1515 600600patient)   patient)   €€ 1515,,600600

 Integrated approach reduces average cost perIntegrated approach reduces average cost per Integrated approach reduces  average cost per Integrated approach reduces  average cost per 
patient by patient by 8888% compared to severe FVIII % compared to severe FVIII 
deficiencydeficiencyyy

29



Most expensive substancesMost expensive substancespp
Swedish national pharmaceutical registry dataSwedish national pharmaceutical registry data

bb AA
Substance and area Substance and area 

of  useof  use

Total cost Total cost 
Million Million €€

July July 20072007––

Increase Increase 
vs last vs last 
year year 

Number Number 
of  of  

patients  patients  
Pat Pat 

//10001000

Average Average 
cost per cost per 
patientpatient

June June 2008 2008 (%)(%) SwedenSweden €€

11. . Etanercept Etanercept 
( h id h i i( h id h i i 6565 1919 66486648 00 7373 98349834(rheumatoid arhtritis (rheumatoid arhtritis 
etc) etc) 

6565 1919 66486648 00,,7373 98349834

22 Test strips bloodTest strips blood22. . Test strips blood Test strips blood 
glucose (diabetes) glucose (diabetes) 

5151 33 210507210507 2323,,11 242242

33. . Factor VIII Factor VIII 
4848 11 355355 00 0404 134019134019(Haemophilia) (Haemophilia) 4848 11 355355 00,,0404 134019134019

Source: the National Board of Health and Welfare (2008)
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Source: the National Board of Health and Welfare (2008) 



Targets for Cost AnalysisTargets for Cost AnalysisTargets for Cost AnalysisTargets for Cost Analysis

 Prophylaxis v on demandProphylaxis v on demand
 Prophylaxis in adultsProphylaxis in adults Prophylaxis in adultsProphylaxis in adults
 Inhibitor treatment regimesInhibitor treatment regimes
 Plasma derived v RecombinantPlasma derived v Recombinant
 Different generations of RecombinantDifferent generations of Recombinant Different generations of RecombinantDifferent generations of Recombinant
 Recombinant products from new companiesRecombinant products from new companies
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Health Technology AssessmentsHealth Technology Assessments
HTA is concerned with the HTA is concerned with the 

medical, organizational, economic and societal medical, organizational, economic and societal , g ,, g ,
consequences of implementing health consequences of implementing health 
technologies or interventions within the healthtechnologies or interventions within the healthtechnologies or interventions within the health technologies or interventions within the health 
system.system.

Evidence based systematic study of Evidence based systematic study of v de ce based syste at c study ov de ce based syste at c study o
benefits, costs and harms of a health technology.benefits, costs and harms of a health technology.
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HTA Agencies  in Europe HTA Agencies  in Europe 20082008g pg p

33



Dealing with Economic ThreatsDealing with Economic ThreatsDealing with Economic ThreatsDealing with Economic Threats

 Need to define and agree on what is requiredNeed to define and agree on what is required –– Need to define and agree on what is required Need to define and agree on what is required 
GuidelinesGuidelines
If i i i i iIf i i i i i If not, competing priorities winIf not, competing priorities win

 Coming battles will be as much about advocacy Coming battles will be as much about advocacy g yg y
and assertiveness as availability and adequacyand assertiveness as availability and adequacy
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QualityQuality Adjusted Life YearAdjusted Life Year ((QALY)QALY)QualityQuality--Adjusted Life YearAdjusted Life Year ((QALY)QALY)

AA lili dj d lifdj d lif (QA ) i(QA ) i AA qualityquality--adjusted life yearadjusted life year (QALY) is a measure (QALY) is a measure 
of disease burden, including both the quality and of disease burden, including both the quality and 
h i f lif li dh i f lif li dthe quantity of life lived. the quantity of life lived. 

 It is a means of assessing the value for money of a It is a means of assessing the value for money of a 
medical intervention. medical intervention. 

 The QALY is based on the number of years of life The QALY is based on the number of years of life yy
that would be added by the interventionthat would be added by the intervention

 Each year in perfect health is assigned a value between Each year in perfect health is assigned a value between 
00..00--11..0 0 with with 00..0 0 for death and for death and 11..0 0 being full healthbeing full health. . 
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Haemophilia and Cost EffectivenessHaemophilia and Cost EffectivenessHaemophilia and Cost EffectivenessHaemophilia and Cost Effectiveness

E G GE G G E.G.  GermanyE.G.  Germany
 A A QALYQALY of a person under of a person under 30 30 with onwith on--demand demand 

Treatment (HIV negative) isTreatment (HIV negative) is 00 74277427 and costsand costs €€8585 451451Treatment (HIV negative) is Treatment (HIV negative) is 00..74277427 and costs and costs €€8585,,451451
 A A QALYQALY of a person under of a person under 30 30 on Prophylaxis (HIV on Prophylaxis (HIV 

negative) is negative) is 00..77547754 and costs and costs €€157157,,972972g )g )
 Effectiveness of the Treatment is the difference in Effectiveness of the Treatment is the difference in 

QALY’s QALY’s 
00 77547754 00 74277427 00 0328032800..7754 7754 –– 00..7427 7427 = = 00..03280328

 Incremental Cost of a QALY : Incremental Cost of a QALY : 
C t DiffC t Diff == €€22 212212 749749Cost Difference Cost Difference =  =  €€22,,212212,,749749
QALY DifferenceQALY Difference
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The Incremental Cost can be calculated on The Incremental Cost can be calculated on 

EG GEG G

bleeds avoidedbleeds avoided

 . . EG.  GermanyEG.  Germany
 A person under A person under 30 30 with onwith on--demand Treatment has an demand Treatment has an 

average ofaverage of 1616 77 bleeds a year at a cost ofbleeds a year at a cost of €€8585 451451average of average of 1616..7 7 bleeds a year at a cost of bleeds a year at a cost of €€8585,,451451
 A person under A person under 30 30 on prophylaxis has an average of on prophylaxis has an average of 55..9 9 

bleeds a year at a cost of bleeds a year at a cost of €€157157,,972972yy
 Effectiveness of the Treatment is the difference in Effectiveness of the Treatment is the difference in 

bleeds avoidedbleeds avoided
1616 77 55 99 1010 881616..7 7 –– 55..9 9 = = 1010..88

 Incremental Cost:Incremental Cost: Incremental Cost: Incremental Cost: 
Cost Difference Cost Difference =  =  €€66,,653653

Difference in bleeds avoidedDifference in bleeds avoided
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Cost effectiveness of prophylaxisCost effectiveness of prophylaxisCost effectiveness of prophylaxisCost effectiveness of prophylaxis
Published cost per QALY estimates of FVIII prophylaxis in children 

StudyStudy Cost per QALY Cost per QALY 
estimate ($)estimate ($)($)($)

Miner Miner 20022002 6565,,000000

Roosendahl Roosendahl 20072007 300300,,000000

RisebroughRisebrough 20082008 420420 000000Risebrough Risebrough 20082008 420420,,000000

Lippert Lippert 20052005 11..22m m –– 22..77mm
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HTAHTA ProphylaxisProphylaxisHTA  HTA  -- ProphylaxisProphylaxis

 Prophylaxis:Prophylaxis: proven efficacyproven efficacy
 Early prophylaxis can decrease risk of inhibitorsEarly prophylaxis can decrease risk of inhibitors Early prophylaxis can decrease risk of inhibitorsEarly prophylaxis can decrease risk of inhibitors
 Severe into ModerateSevere into Moderate-- increases QOL and Life increases QOL and Life 

expectancyexpectancy
 Cost per bleeding episode avoided is relatively p g p y

low
B tt i t di il bl Better economic studies now available
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Economics and HaemophiliaEconomics and HaemophiliaEconomics and HaemophiliaEconomics and Haemophilia

K h l dK h l d Know the relevant dataKnow the relevant data
 Prepare case based on economic AND Human criteriaPrepare case based on economic AND Human criteria
 Pharmacoeconomic and QOL data increasingly Pharmacoeconomic and QOL data increasingly 

importantimportant
 Stress societal support Stress societal support –– any person can develop an  any person can develop an  

“expensive” condition“expensive” condition
 Prepare to counter likely approach of emphasising most Prepare to counter likely approach of emphasising most 

expensive cases.expensive cases.
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“Attacking” most Expensive cases“Attacking” most Expensive cases
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Thank YouThank YouThank YouThank You
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