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EconomicsEconomics is... is... 
“... “... study of how societies use scarce resources to 

produce valuable commodities and distribute
them among different people””

PaulPaul A A SamuelsonSamuelson, Nobel Laureate 1970, Nobel Laureate 1970



HealthHealth EconomicsEconomics is... is... 

“Health care differs from other goods and services … 
The output … is less well defined... unpredictable and 
imperfectly understood … third-party payment and 
government intervention are pervasive. Nevertheless, 
… economic analysis is essential in appraising public 
policy”

Patricia M Patricia M DanzonDanzon, 1991, 1991



Problem

• There are more beneficial interventions than those 
that we can actually finance

• Health care resources are limited
• Resources allocated (devoted) to an interventions can 

not be allocated to another one
• Somebody has to decide which interventions will be 

financed and the priorities



Rational decision-making

• Requires information on benefits (quality, 
safety, effectiveness)

• Requires information on costs (potential 
benefits from other interventions forgone)

• Requires comparisons (bench-marking) 



Health economics is...
• An aid to decision makers, not the choice itself
• Complementary,  not alternative to quality, safety and 

effectiveness
• Not cost containment, but applications of principles and 

concepts of economics to health
– maximising
– utility (well-being)
– resources
– limited
– applicable to alternative 

uses (interventions)

CCC BBB



WhichWhich CostsCosts and and EffectsEffects??

COSTSCOSTS
•• Direct, Direct, healthhealth--relatedrelated

((drugsdrugs, , diagnosticsdiagnostics, , 
hospitalizationhospitalization))

•• IndirectIndirect ((reducedreduced
working working abilityability))

•• IntangibleIntangible ((impairedimpaired
qualityquality of life)of life)

EFFECTSEFFECTS
•• Direct, Direct, healthhealth--relatedrelated

((biochemicalbiochemical parapara--
metersmeters, , morbiditymorbidity, , 
mortalitymortality))

•• IndirectIndirect ((improvedimproved
working working abilityability))

•• IntangibleIntangible ((improvedimproved
qualityquality of life)of life)



Health economic evaluation

It is a research method that estimates
the costs and the consequences of medical

technologies to compare
alternative approaches



EffectsEffectsEffects

Health economic evaluation

CostsCostsCosts
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Common Issues with Orphan Drugs
• Alternative treatments:

– Often non-existing
– Often heterogeneous

• Effectiveness and costs
– Preventive  and curative vs assistive
– HR-QoL
– Small samples
– Difficult data collection/pooling
– Generalizability
– Social impact
– Effect of environment



Quality of life refers to emotional, social and 
physical wellbeing of an individual, and her/his
ability to function in the ordinary tasks of living

Health-related quality of life analyses measure the 
impact of treatments and disease Quality of Life





Value of networking in rare diseases:
1)better evidence 
2)stronger recommendations
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EconomicsEconomics is... is... 

“ The decision maker has a choice between optimal 
decisions for an imaginary simplified world or 
decisions that are "good enough, that satisfice”, 
for a world approximating the complex real one 
more closely.”

HerbertHerbert A Simon, Nobel Laureate 1978A Simon, Nobel Laureate 1978



Conclusion

“...“...pleaseplease do do notnot bebe discourageddiscouraged. . OurOur experienceexperience showsshows
thatthat thesethese measurementsmeasurements are are notnot asas onerousonerous asas theythey
maymay at first at first appearappear and and isis ourour beliefbelief thatthat thesethese
measurementsmeasurements are are oftenoften essentialessential

asas itit isis betterbetter toto havehave anan approximateapproximate measuremeasure of of 
the the rightright factorsfactors thanthan a precise a precise measuremeasure of the of the 
wrongwrong onesones.”.”

DrummondDrummond, , StoddardStoddard, , TorranceTorrance, 1987, 1987
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