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The European Agency for the
Evaluation of Medicinal Products

London, 26 April 2004

EMEA/COMP/1610/03

Vernal Keratoconjunctivitis was
considered to affect fewer than 38.500
persons in the European Union

Cioe meno di 1 caso/10.000 persone.

Una malattia ¢ RARA se colpisce

meno di 5 persone/10.000 (ISS) [
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SCORE OCULARE
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PROBABILITA’ DI CHERATOCONO

A9 8M 1F 130CCHI % =0 10%<40% 1=100%
B21 17/M  4F 330CCHI % =0 1098<40%
C20 16M 4F 320CCHI% =0 10%<70% 2=100%
D7 ™ 140CCHI % =0
F8 6M 2F 90CCHI% =0 10%<70% 1=99%
G14 13M  1F 220CCHI % =0 10%%230% 1=99%
KT INV! 11 M 20CCHI% =0
K2 IM1F 20CCHI% =0 2
>90% L8 /M1F 120CCHI % =0 10%<30% 2
=99% KT INV! ~ M17 12M  5F 26 OCCHI % =0 10%<60%
2=95% KT-A.E. N4 3M 1F 8OCCHI% =0
o1 1M 20CCHI % =0
P10 /M 3F 140CCHI % =0 10%<40%
2=95% KT INVI' Q1 1M 20CCHI % =0
R7 6M 1F 120CCHI % =0 2
=90% KT ?? S15 14M 1F 240CCHI % =0 10%<40% 1
=80% KT ?? T7 4 M 3F 110CCHI % =0 10%3<30%
V9 M9 16 OCCHI % =0 10%2<30%
Z2 2M 40CCHI% =0

TOT 163 PZ 326 OCCHI 258 OCCHI=0 10%<52<70% 0%<16<100%
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prima dopo 3 settimane

Taddio A, Cimaz R, Pucci N, et al. Br J Ophthalmolress




ONLUS

OCCHIO AL SOLE

Grazie per
I'attenzione !

Associazione in favore del bambini
affetti da Cheratocongiuntivite Vernal

www.occhioalsole.it




Cross-over fase 1
Tacrolimus
7.4 +02| 2.4+02| 70
Ciclosporina
!
6.5 +09| 6.0+0.2| 8

Wash - out

Cross-over fase 2

Ciclosporina
7.0+22| .2+27| 25
Tacrolimus
7.1 +28| 3.1+24| 57

Figura 1 e tabella 1. Valori medi dello score oculare all'inizio e alla fine
delle 2 fasi del cross-over in 4 bambini con cheratocongiuntivite Vernal
grave trattati con tacrolimus e ciclosporina per via oculare (vedere testo).




Grazie per
'attenzione !
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Keratitis Ichthxos

KBG Syndrome
Kabuki Make-up Syndrome
Kallmann Syndromt
Kiwwasaki Disease
Kirarns Sayre Syna
Kennedy Disease

Kenny-Caffey Synd.
ifness

Keratoconjunctiviti. . ernal

i
i
http://www.rarediseas

es.org/search/reports_
by _letter.html?ltr=K

Keratoconus
Keratomalacia
Keratosis Follicularis
Keratosis, Seborrheic
Kernicterus

Kienbock Disease
Kikuchi's Disease



DEFINIZIONI

Una malattia si definisce rara, in Europa, se colpisce

non piu di 5 persone su una popolazione di  diecimila
cittadini ( 1 persona ogni 2000, sono 5-8000 malatt ie
per un totale di piu di 15 milioni di abitantiin E ~ uropa)

|
http://www.iss.it/orfa/chis/cont.php?id=79&lang=1g6=10 i
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Tuft 1989 UK Montan 1999 Sweden Bonini 2000 Italy
(Tot n. 120) (Tot n. 62) (Tot n. 195)

Leonardi 2006 Italy Totan 2001 Turkey Pucci 2002 ltaly
(Tot n. 406) (Tot n. 82) (Tot n. 110)



Bonini S, Sacchetti M,
Mantelli F, Lambiase A.

Clinical grading of
Vernal
keratoconjunctivitis

Curr Opin Allergy Clin
Immunol 2007;7:436-41




Bonini S, et al.Clinical grading of Vernal keratocongtivitis.
Curr Opin Allergy Clin Immunol 2007;7:438-







The European Agency for the
Evaluation of Medicinal Products

London, 26 April 2004

EMEA/COMP/1610/03
COMMITTEE FOR ORPHAN MEDICINAL PRODUCTS

PUBLIC SUMMARY OF
POSITIVE OPINION FOR ORPHAN DESIGNATION
OF

for the treatment of vernal keratoconjunctivitis




Vekacia®

..Optimal safety, efficacy and comfort to bring the m
the care needed to eradicate this disease.......

Designazione di & +, ?7(@

+ per il trattamento della Cheratocongiuntivite

Vernal

We have developedekacia®, an improved Cyclosporine A product, which prowaildren patients with optimal safety,

efficacy and comfort to bring them the care neddeseradicate this disease.
In March 2006, the European Medicines Agency (EMEEommended orphan drug designation in the Europ@son

to Vekacia® for the treatment of VKC.
In May 2007, Novagali Pharma receives US FDA Orphauig Designation fo¥ekacia® for the treatment of Vernal

Keratoconjunctivitis.
A phase lll clinical trial in VKC patients witilekacia® is completed. It should be the first product aafalié in Europe for

such a condition.



HLA-A19 family, tarsal form and mean age at onseti n

familial versus sporadic Vernal Keratoconjunctiviti S
100
B familial sporadic " <0.003-
= - 87
754 P=0.003 -p =0.01
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Massai C, Pucci N, Caputo R Novembre E, et al. 2009 nﬂil




