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Imagine the first modern human carrier of CF

We are here
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F508deleted (recessive) CFIR carriage is common
Randomly, every 50t - 80th European has it in single copy
this creates an unbiased source population sample

(genetic incidence of carriage is known in Europe)

BUT 2 copy carriage is lethal without therapy by 5yrs
Mortality-reducing Therapy is relatively affordable
set the budget (see paper by Sims et al 2007 in the Lancet)




EuroCareCF partnered with
European CF Registry ECFS

Work Package 2
Data Centre

> ' www.eurocarecf.eu

\v.

Du nd

East data hub
— Mllan I\/Iacek SO




Percentage of Patients

Percentage of Patients

20 4

18 4
16 4
14 4
12 4
10 4

Patents in 5-year Age Groups

Patients in 5-year Age Groups

o N M O ®©
T R

20
— Country A rye - /_ e Country C
I » 16 ]
§ 144 _
¢ 12 4
16| & 101
s g 8
.,
| 3
‘ ‘ ‘ SN N PSS 0 , : : : :
0-5y 5.0y  10-1dy 1520y  20-25y  25-30y  30-35y 354y 0-5y 510y  10-15y 1520y  20-25y  25-30y  30-35y  35+y
Age Groups Age Groups
I O —
Patients in 5-year Age Groups Patients in 5-year Age Groups
> Country B =1 Country D
I ] ] 30 1 I
£ 25
] § 20 - ]
%’ 15
S 10
|_‘ H 5_2( EL 5 A H
: : . . . X Ag 0 . . . ’_‘ . ’_| — =
0-5y 510y  10-15y 1520y  20-25y  25-30y  30-35y  35+y 0-3y 510y ~ 10-15y 1520y = 20-25y  25-30y  30-35y = 35+y
Age Groups Age Groups
0-5yr [ 5-10yr | 10-15yr | 15-20yr | 20-25yr | 25-30yr | 30-35yr | >35yr Total
3549 |: 4676 4922 4795 3945 2768 1854 2584 29093

L4
L4
&



Age at Diagnosis for all Patients

Pre-school

EYet to be diagnosed >1500
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darslyzer Raposied - Percerfages
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This common form arose once, presents in childhood
almost always creating a marker for CF diagnostic ability
and eliminates European geographic differences




Proportion males surviving
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...UK Data as an example




Calculate the number with common CF
(eliminate 98% of ascertainment bias)

Divide that Phe508del number by all CF
patients to get a percentage in childhood

Assume that <5% should die by 15 years
of age (if care is good)

Look at the pattern of ages
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See McCormick et al 2010 Lancet



Severe-common CF to All-CF ratio by age
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Now we have both a target and the costs

All CF

Rg\ote of Change by succeeding decade

Common Phe508deleted form

/\We have a costed target
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1. McCormick et al Lancet 2010: sets the target
2. Sims et al Lancet 2007 sets the costs
3. Jagger et al Lancet 2008: sets thecontext



We should thank patients with CF for suffering on our behalf

I Genetically fit
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Fibrogenicum super-survived dystentry, typhoid, pneumonia, TB, malaria etc

Treharne et al 2009 Febs Lett CF and smallpox

5%died before 6 years of age



In Rare Diseases, Demographics

are Powerful If...

Look at and use!
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Conclusion

SKILL MIX IS THE KEY: J McCormick MD

Margaret Fraser...........cooeciiiiiiiiiiiircernce e, someone who knows data
Gita Mehta..............cccceiiieiis someone who knows project management
Milan Macek..................... someone who has a network (through genetics)
David Sheppard.........cccooiiiiiicie e manage the resources
0] 3 o 11 3 ' EU FP6 EuroCareCF

SKILL MIX — www.eurocarecf.eu — Register
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standards — WWW.CYStic-fibrosis.org.uk — A{egal Framework



http://www.cystic-fibrosis.org.uk/
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