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PUBLIC SUMMARY OF
POSITIVE OPINION FOR ORPHAN DESIGNATION
OF
R-salbutamol sulphate
for the treatment of cutaneous forms of lupus erythematosus

On 14 September 2007, orphan designation (EU/3/07/481) was granted by the European Commission
to Astion Pharma A/S, Denmark, for R-salbutamol sulphate for the treatment of cutaneous forms of
lupus erythematosus.

What are cutaneous forms of lupus erythematosus?

Lupus erythematosus is a disease where the defence system of the body (immune system) damages its
own tissues, such as the skin and those forming the joints, and organs, such as the kidneys. Inflamed
lesions of the skin caused by lupus erythematosus can be divided into three subgroups: discoid lupus
erythematosus (DLE), subacute cutaneous lupus erythematosus (SCLE), and other local lupus
erythematosus (lupus erythematosus profundus and lupus panniculitis). Lesions occur predominantly
in areas exposed to sunlight, such as the face, scalp, neck and upper extremities. A small number of
patients develop scattered lesions, affecting widespread areas including the trunk and limbs.
Generalized involvement is milder in SCLE, and in the other forms there is involvement of the deeper
tissues beneath the skin. The condition may persist for years, with repeated recurrences, and may be
chronically debilitating.

What are the methods of treatment available?

Several products with anti-inflammatory activity and some antimalarial drugs were authorised for the
condition in some countries in the Community at the time of submission of the application for orphan
drug designation. R-salbutamol sulphate could be of potential significant benefit for the treatment of
cutaneous forms of lupus erythematosus, in particular with regards to improved efficacy. This
assumption of significant benefit will have to be confirmed at the time of marketing authorisation, as
this is necessary to maintain the orphan status.

What is the estimated number of patients affected by the condition™?

Based on the information provided by the sponsor and previous knowledge of the Committee,
cutaneous forms of lupus erythematosus was considered to affect not more than 5 in 10,000 persons in
the European Union, which, at the time of designation, corresponded to about 249,000 persons in total.

How is this medicinal product expected to act?

R-salbutamol sulphate selectively binds to and activates [3,-adrenoceptors, which are molecules on the
surface of many cells. This results in a decreased function of genes that induce inflammation. In short,
the product has a general anti-inflammatory effect, and is administered directly on the skin as a cream.

* Disclaimer: For the purpose of the designation, the number of patients affected by the condition is estimated and assessed
based on data from the European Union (EU 27), Norway, Iceland and Lichtenstein. This represents a population of
498,000,000 (Eurostat 2006). This estimate is based on available information and calculations presented by the sponsor at the
time of the application.
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What is the stage of development of this medicinal product?
The effects of R-salbutamol sulphate were evaluated in experimental models.

At the time of submission of the application for orphan designation, clinical trials in patients with
cutaneous forms of lupus erythematosus were ongoing.

R-salbutamol sulphate was not authorised anywhere in the world for the treatment of cutaneous forms
of lupus erythematosus, nor designated as an orphan medicinal product for this condition, at the time
of submission.

According to Regulation (EC) No 141/2000 of 16 December 1999, the Committee for Orphan
Medicinal Products (COMP) adopted on 25 July 2007 a positive opinion recommending the grant of
the above-mentioned designation.

Opinions on orphan medicinal products designations are based on the following cumulative criteria: (i)
the seriousness of the condition, (ii) the existence or not of alternative methods of diagnosis,
prevention or treatment and (iii) either the rarity of the condition (considered to affect not more than
five in ten thousand persons in the Community) or the insufficient return of development investments.

Designated orphan medicinal products are still investigational products which were considered for
designation on the basis of potential activity. An orphan designation is not a marketing authorisation.
As a consequence, demonstration of the quality, safety and efficacy will be necessary before this
product can be granted a marketing authorisation.

For more information:
Sponsor’s contact details:
Astion Pharma A/S
Fruebjergvej 3

2100 Copenhagen @
Denmark

Telephone: +45 4333 4800
Telefax: +45 4333 4801

E-Mail: lra@astion.com
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Patients’ associations contact points:

LF : Lupus France

7 Rue de Rocroy

75010 Paris

France

Telephone: +33 1 45 26 33 27
Telefax: +33 14526 33 27
E-mail: president@lupusfrance.fr

Lupus UK

St James House

Eastern Road, Romford

Essex RM1 3NH

United Kingdom

Telephone: +44 1708 73 12 51
Telefax: +44 1708 73 12 52

E-mail: headoffice@lupusuk.org.uk

Lupus Erythematodes Selbsthilfegemeinschaft e.V.

Doppersberg 20

42103 Wuppertal

Germany

Telephone: +49 202 49 68 797
Telefax: +49 202 49 68 798
E-mail: lupus@rheumanet.org
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Translations of the active ingredient and indication in all EU languages

and Norwegian and Icelandic

Language Active Ingredient Indication

English R-salbutamol sulphate Treatment of cutaneous forms of lupus
erythematosus

Bulgarian R-canbyramon cyndar Jleuenue Ha K0oxHU dopmu Ha lupus
erythematosus

Czech R-salbutamol sulphate Lécba kozni formy lupus erythematodes

Danish R-salbutamol sulfat Behandling af kutan lupus erythematosus

Dutch R-salbutamolsulfaat Behandeling van cutane lupus erythematosus

Estonian R-salbutamool-sulfaat Eriitematoosse luupuse nahavormide ravi

Finnish R-salbutamolisulfaatti Tho-oireina ilmenevén punahukan hoito

French Sulfate de R-salbutamol Traitement des formes cutanées du lupus
érythémateux

German R-Salbutamolsulfat Behandlung der kutanen Form des Lupus
erythematosus

Greek R- ZaABovtapoin Oetikn Bepameio TOV SEPUATIKOV LOPPDY TOV
gpuinuatddn Avkov

Hungarian R-salbutamol szulfat Cutan lupus erythematosus kezelése

Italian R-salbutamolo solfato Trattamento del lupus eritematoso cutaneo

Latvian R-salbutamola sulfats Sarkanas vilkédes adas formu arstéSana

Lithuanian R-salbutamolio sulfatas Odos pazeidimo, sergant raudonaja vilklige,
gydymas

Maltese R-salbutamol sulphate Kura ta’ forom tal-lupus erythematosus li jolqtu
1-gilda

Polish Siarczan R-salbutamolu Leczenie skornych postaci tocznia
rumieniowatego

Portuguese Sulfato de R-salbutamol Tratamento das manifestagdes cutineas de lupus
eritematoso

Romanian Sulfat de R-salbutamol Tratamentul formelor cutanate de lupus
eritematos

Slovak R-salbutamoliumsulfat Liecba koznych foriem lupus erythematosus

Slovenian R-salbutamol sulfat Zdravljenje koznih oblik lupusa eritematozusa

Spanish Sulfato de R-salbutamol Tratamiento de la formas cutaneas de lupus
eritematoso

Swedish R-salbutamol sulfat Behandling av kutan form av lupus
erythematosus

Norwegian R-salbutamolsulfat Behandling av kutan lupus erythematosus

Icelandic R-salbutamél sulfat Medferd a raudum ulfum i hud
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