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MyMy personalpersonal backgroundbackground

•• SevereSevere haemophiliahaemophilia AA
•• StudiedStudied business business economicseconomics
•• ActiveActive in in patientpatient groupsgroups sincesince 19711971
•• CoCo--ordinatorordinator DutchDutch HaemophiliaHaemophilia SocietySociety
•• VSOPVSOP, , DutchDutch GeneticGenetic Interest Interest GroupGroup
•• EGANEGAN, , EurEur GeneticGenetic AlliancesAlliances’ ’ NetworkNetwork
•• April, 2008, April, 2008, membermember CvZCvZ DutchDutch AppraisalAppraisal 

CommitteeCommittee ((HealthHealth Care Care InsuranceInsurance Board)Board)





The The DutchDutch HaemophiliaHaemophilia StudyStudy

•• 1965/70, 1965/70, nono treatmenttreatment forfor haemophiliahaemophilia
•• ~ 1970 start of treatment~ 1970 start of treatment
•• 1971, initiative for a long1971, initiative for a long--term study to term study to 

study the effect of treatment (med/social)study the effect of treatment (med/social)
•• Since 1971, five mail questionnairesSince 1971, five mail questionnaires
•• High response ratesHigh response rates
•• One of the few large followOne of the few large follow--up studies on up studies on 

effect of treatment for a chronic diseaseeffect of treatment for a chronic disease
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HaemophiliaHaemophilia

•• Average Average ageage (anno 2007: (anno 2007: normalnormal lifelife--expectancyexpectancy))

19721972 2222
20012001 3232

•• Average Average ageage of men of men withwith haemophiliahaemophilia
at the start of at the start of inabilityinability toto workwork

19721972 3232
20012001 4949 Leiden, HiNLeiden, HiN--5, 20045, 2004



DurationDuration of of staystay in in hospitalhospital 
--severesevere and moderate and moderate hemophiliahemophilia--
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InnoInno--HTAHTA Project (1)Project (1)

•• VeryVery positivepositive developmentdevelopment toto look look toto innovationinnovation 
in HTA (62 indicators) in HTA (62 indicators) 

•• Important indicators:Important indicators:
11--10; 22; 32; 3510; 22; 32; 35--38; 4138; 41--43; 45; 4943; 45; 49--50; 6050; 60

•• EvaluatingEvaluating healthhealth care care innovationsinnovations at at anan earlyearly 
stage is stage is absolutelyabsolutely necessarynecessary and is and is oftenoften notnot 
happening happening oror refusedrefused (e.g. (e.g. healthhealth care care insuranceinsurance 
reform in NL, RGO reform in NL, RGO oror labourlabour reintegrationreintegration, NL), NL)



InnoInno--HTAHTA Project (2)Project (2)

•• InnoInno--HTAHTA important important additionaladditional tooltool at the at the 
beginningbeginning of the thinking of the thinking processprocess

•• HTA HTA byby patientspatients, , nownow oftenoften perceivedperceived as as 
the the QALYQALY--conceptconcept and and itit comescomes at the end at the end 
of the of the processprocess

•• At At thatthat stage stage itit is is veryvery difficultdifficult toto givegive 
input input fromfrom a a patientpatient perspectiveperspective

•• WillWill itit leadlead toto otherother decisionsdecisions (go(go––nono go)?go)?



InnoInno--HTAHTA Project (3)Project (3)

•• WhoWho are the are the stakeholdersstakeholders ??
•• WhoWho’s the ’s the patientpatient ??
•• WhoWho’s the ’s the consumerconsumer ??
•• WhatWhat’s ’s valuevalue ? ? ToTo whomwhom??

•• InteractiveInteractive HTA (Reuzel, NL)HTA (Reuzel, NL)
•• prioritizingprioritizing studies (studies (BroerseBroerse, , AbmaAbma, NL), NL)



WhoWho’s the ’s the patientpatient, the , the consumerconsumer??

•• In In healthhealth care:care:

•• The The consumerconsumer:: lowlow premiumpremium
high high ownown risk/risk/
selfself paymentspayments

•• The The patientpatient:: WhoWho’s the best doctor ?’s the best doctor ?
WhatWhat’s the best ’s the best hospitalhospital ??
WhatWhat’s the best ’s the best medicationmedication ??



WhoWho’s the ’s the patientpatient, the , the consumerconsumer??

•• Different attitudes Different attitudes onon newnew technologies, technologies, 
e.g. in e.g. in healthhealth care care withwith regardregard toto::

•• GeneticGenetic modificationmodification
•• NanoNano((biobio))technologytechnology
•• AnimalAnimal experimentationexperimentation

•• GoodGood, , balancedbalanced stakeholderstakeholder 
representationrepresentation neededneeded, , howhow toto organizeorganize ??



WhoWho’s the ’s the patientpatient ??

•• DevelopmentDevelopment of of cochleaircochleair implantsimplants
•• TechnologyTechnology notnot acceptedaccepted byby the the deafdeaf 

communitycommunity, , denialdenial of of theirtheir ownown 
culture, culture, signsign languagelanguage
((BlumeBlume, Reuzel, NL), Reuzel, NL)

•• SimilarSimilar developmentsdevelopments withwith regardregard toto
prenatalprenatal diagnosis, embryo diagnosis, embryo selectionselection
((parentsparents whowho want a blind want a blind childchild))



Value to whom ? Value to whom ? 

•• Value to individual patient:  treatment Value to individual patient:  treatment 
with most health benefitswith most health benefits

•• Value to healthcare system: treatment Value to healthcare system: treatment 
with best health benefits relative to costswith best health benefits relative to costs

•• Value to payer: treatment with lowest costValue to payer: treatment with lowest cost
•• Value to society: treatments with health Value to society: treatments with health 

and social benefits relative to other uses and social benefits relative to other uses 
for public fundsfor public funds

((DurhaneDurhane WongWong--RiegerRieger, CORD, EHFG, 2008), CORD, EHFG, 2008)
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Healthcare Value ModelHealthcare Value Model
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Value to Funder

Desired Outcome
Cost-effective
Driving force
HTA to support cost containment
Principle
Least cost

Social Value

Desired Outcome
Most access to all
Driving Force
Informed public, expert support
Principle
People’s Choice 

Individual Patient

Outcome 
Treatment to those in need
Driving Force
Need for treatment, rescue
Principle
Rule of rescue, individual good

Patient and Health System

Desired Outcome
Most treatment
Driving Force:
HTA to support most patient access
Principle
Level Playing Field 



HealthcareHealthcare ValueValue ModelModel

•• HTA HTA toto support support costcost containmentcontainment
versusversus

•• HTA HTA toto support most support most patientpatient accessaccess

•• Most Most EuropeanEuropean patientpatient groupsgroups ratherrather 
criticalcritical of HTA/of HTA/QALYQALY--approachapproach, , becausebecause 
QALY’s are QALY’s are perceivedperceived as as lifelife--threateningthreatening 
and and patientpatient valuesvalues as as undervaluedundervalued



CostCost of of haemophiliahaemophilia treatmenttreatment

•• HigherHigher thanthan in most in most QALYQALY--discussionsdiscussions
(range of 20.000 (range of 20.000 –– 80.000 80.000 
Euro/QALY/Euro/QALY/yearyear

•• SevereSevere haemophiliahaemophilia:: 130.000 Euro130.000 Euro

•• Average Average forfor allall peoplepeople
withwith haemophiliahaemophilia
in the in the NetherlandsNetherlands:  :  37.500 Euro37.500 Euro



Is Is reflectionreflection possiblepossible ??

•• Look Look toto the the developmentdevelopment of a of a haemophiliahaemophilia 
treatmenttreatment retrospectivelyretrospectively withwith::

•• InnoInno--HTAHTA ApproachApproach
•• The The QALYQALY--conceptconcept
•• HurdlesHurdles in the in the treatmenttreatment processprocess ((VirusesViruses, , needneed 

forfor safer safer technologytechnology, recombinant , recombinant technologytechnology))
•• ResultsResults ‘Long term ‘Long term outcomeoutcome’ ’ studystudy
•• NeedNeed forfor cheapercheaper technologytechnology ((industryindustry, , patientspatients))





Content Content RvZRvZ--reportsreports

•• the the CouncilCouncil forfor Public Public HealthHealth and and HealthHealth Care Care 
((RvZRvZ) ) addressedaddressed the issue as the issue as toto whichwhich criteria criteria 
shouldshould bebe appliedapplied in order in order toto identifyidentify prioritiespriorities 
forfor the the fundingfunding of care of care fromfrom collectivecollective resourcesresources

•• In the media: A maximum QALY of 80.000 EuroIn the media: A maximum QALY of 80.000 Euro
•• The report The report leftleft twotwo keykey questionsquestions unansweredunanswered: : 

whatwhat constitutesconstitutes ‘‘fairnessfairness’ and ‘’ and ‘whatwhat rolesroles and and 
responsibilitiesresponsibilities do the do the variousvarious stakeholdersstakeholders have have 
in the in the prioritisationprioritisation processprocess?’ ?’ 



EvidenceEvidence BasedBased MedicineMedicine

•• OriginallyOriginally, , combinationcombination of of threethree elementselements::
•• Goal of the Goal of the treatmenttreatment ((needsneeds and wishes and wishes 

of of patientspatients))
•• ProofProof of of effectivenesseffectiveness of of treatmenttreatment
•• ClinicalClinical expertise of expertise of medicalmedical professionalsprofessionals

•• NowNow, EBM/QALY is , EBM/QALY is movingmoving toto anan economiceconomic 
goal, goal, toto limit the limit the costscosts of of healthhealth carecare



ProblemsProblems withwith QALY’s (1)QALY’s (1)

•• SomeSome costscosts & & benefitsbenefits are are overlookedoverlooked
•• LongLong--termterm informalinformal care care fromfrom parentsparents
•• Loss of Loss of careercareer--perspectiveperspective

fromfrom oneone of the of the parentsparents
•• LongLong--termterm loss of loss of labourlabour--productivityproductivity
•• LongLong--termterm loss of loss of taxtax--paymentspayments
•• PeoplePeople withwith diseasesdiseases have have lessless toto spendspend



ProblemsProblems withwith QALY’s (2)QALY’s (2)

•• IfIf few few peoplepeople useuse specificspecific care care oror 
medicationmedication, , thisthis willwill leadlead toto a a higherhigher priceprice

•• IfIf more more peoplepeople useuse specificspecific care care oror 
medicationmedication, , thisthis willwill leadlead toto a a lowerlower priceprice

•• QALYQALY--instrumentinstrument lessless effectiveeffective toto taketake intointo
account the account the frequencyfrequency of a of a diseasedisease



EthicsEthics and QALY’sand QALY’s

•• WhatWhat toto offer a offer a patientpatient, , whenwhen societysociety
findsfinds a a treatmenttreatment tootoo expensiveexpensive

•• RefusalRefusal of of treatmenttreatment is a is a deathdeath-- 
penaltypenalty

•• RequiresRequires hospitalizationhospitalization: 100.000 : 100.000 
EuroEuro



WhatWhat is is oftenoften overlookedoverlooked

•• PeoplePeople in the EU in the EU valuevalue goodgood healthhealth carecare
((SwedenSweden//MPSMPS, , NiceNice CitizenCitizen CouncilCouncil 2004)2004)

•• EU wants EU wants toto stimulatestimulate developmentdevelopment of of 
orphanorphan drugs, MS have drugs, MS have costcost problemsproblems
((drivingdriving a a carcar: : accelerateaccelerate and and brakebrake))

•• HealthHealth as as anan investmentinvestment in society:in society:
EmploymentEmployment, , knowledgeknowledge economyeconomy, etc., etc.



RoleRole of of patientpatient organisationsorganisations

•• ThreeThree traditional traditional rolesroles::

toto provideprovide informationinformation
toto offer & offer & organiseorganise peer supportpeer support
toto playplay anan advocacyadvocacy rolerole

•• A A fourthfourth, , newnew rolerole::
participationparticipation & & consultationconsultation in researchin research
throughthrough ‘‘ExperienceExperience BasedBased KnowledgeKnowledge’’



PatientsPatients as entrepreneurs: PXEas entrepreneurs: PXE

•• SharonSharon & & PatrickPatrick TerryTerry, , twotwo kidskids withwith PXEPXE
•• In 1995 In 1995 theythey startedstarted in the USA in the USA toto workwork onon 

fundraising & fundraising & organizingorganizing the research the research toto 
findfind the the causecause of PXE and the of PXE and the roadroad toto 
treatmenttreatment

•• A nonA non--profit profit companycompany, 52 offices/, 52 offices/worldworld
•• WithinWithin 10 10 yearsyears materialmaterial fromfrom 2.000 PXE 2.000 PXE 

patientspatients was was collectedcollected and and analyzedanalyzed
•• TheyThey foundfound the gene ‘ABCC6’ the gene ‘ABCC6’ forfor PXEPXE
•• The patent The patent rightsrights of the ABCC6of the ABCC6--gene gene werewere 

assignedassigned toto PXE InternationalPXE International



PatientsPatients & & HTAHTA--educationeducation

•• ThereThere is in is in EuropeEurope a a needneed toto train train patientpatient 
groupsgroups in in HTAHTA--methodologymethodology and and challengechallenge 
these these conceptsconcepts againstagainst theirtheir ownown ‘‘realreal lifelife’ ’ 
impact and impact and longlong--termterm outcomeoutcome studiesstudies

•• ‘‘UnderstandingUnderstanding HTA’ of HTA’ of HealthHealth EqualityEquality 
GroupGroup ((JuneJune 2008), 2008), byby Karen Karen FaceyFacey

•• HTA HTA SummerSummer coursecourse, , EurordisEurordis, 2010, 2010
•• InnoInno--HTAHTA alsoalso herehere anan important important tooltool



RealReal lifelife impactimpact

‘When I started on MPSII Enzyme 
Replacement Therapy, in the six minute 
walk test I could walk 16 metres. At my 

six minute walk test last week I could walk 
257 metres and further if I hadn’t ran out 

of time. ERT has changed my life!’ 

•• WritingWriting a letter, a letter, combcomb mymy hairhair, , etc.etc.



ConclusionsConclusions

•• VeryVery positivepositive developmentdevelopment toto look look toto the the 
innovationinnovation component in HTA  component in HTA  

•• InnoInno--HTAHTA important important additionaladditional tooltool
•• BetterBetter startingstarting--pointpoint forfor discussionsdiscussions withwith 

EuropeanEuropean patientpatient groupsgroups thanthan the the actualactual 
discussiondiscussion onon QALY’sQALY’s

•• IncreasingIncreasing tendencytendency withinwithin patientpatient groupsgroups 
toto engageengage in research & fundraisingin research & fundraising



ForFor correspondencecorrespondence

•• smit.visch@wolmail.nlsmit.visch@wolmail.nl
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