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Public summary of opinion on orphan designation
Sinapultide, dipalmitoylphosphatidylcholine palmitoyl-oleoyl
phosphatidylglycerol, sodium salt and palmitic acid for the treatment of cystic
fibrosis

On 27 October 2011, orphan designation (EU/3/11/927) was granted by the European Commission to
Pharm Research Associates (UK) Limited for sinapultide, dipalmitoylphosphatidylcholine palmitoyl-
oleoyl phosphatidylglycerol, sodium salt and palmitic acid for the treatment of cystic fibrosis.

What is cystic fibrosis?

Cystic fibrosis is a hereditary disease that affects the cells in the lungs and the glands in the gut and
pancreas that secrete fluids such as mucus and digestive juices. In cystic fibrosis these fluids become
thick and viscous, blocking the airways and the flow of digestive juices leading to problems with the
digestion and absorption of food. This results in poor growth, recurrent and chronic infection and
inflammation of the lungs because of excess mucus not being cleared away.

Cystic fibrosis is a long-lasting and life-threatening disease because it severely damages the lung
tissue, which leads to problems with breathing and results in shortened life expectancy.

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

At the time of designation, cystic fibrosis affected approximately 1.2 in 10,000 people in the European
Union (EU)". This is equivalent to a total of around 61,000 people, and is below the ceiling for orphan

designation, which is 5 people in 10,000. This is based on the information provided by the sponsor and
the knowledge of the Committee for Orphan Medicinal Products (COMP).

What treatments are available?

At the time of submission of the application for orphan designation, lung infection and inflammation in
cystic fibrosis were mainly treated with antibiotics. Other medicines used to treat the lung disease
included bronchodilators (medicines that help to open up the airways in the lungs), corticosteroids and

“Disclaimer: For the purpose of the designation, the number of patients affected by the condition is estimated and assessed
on the basis of data from the European Union (EU 27), Norway, Iceland and Liechtenstein. This represents a population of
506,300,000 (Eurostat 2011).
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mucolytics (medicines that help dissolve the mucus in the lungs). In addition, patients with cystic
fibrosis were often given other types of medicines such as pancreatic enzymes (substances that help to
digest and absorb food) and food supplements. They were also advised to exercise and to undergo
physiotherapy.

The sponsor has provided sufficient information to show that sinapultide,
dipalmitoylphosphatidylcholine palmitoyl-oleoyl phosphatidylglycerol, sodium salt and palmitic acid
might be of significant benefit for patients with cystic fibrosis because early studies show that it works
in a different way to existing treatments and it might improve the treatment of patients, particularly if
used in combination with existing methods. This assumption will need to be confirmed at the time of
marketing authorisation, in order to maintain the orphan status.

How is this medicine expected to work?

In patients with cystic fibrosis, mucus sticks to the surfaces of the airways, making it difficult for the
airways to remain open. This medicine is a surfactant. Surfactants are substances that lower the
surface tension of a liquid, making it less viscous and reducing its ability to stick to surfaces. Like the
naturally occurring surfactant in human lungs called *human pulmonary surfactant protein B’, the
medicine is expected to have a ‘detergent-like’ effect on the mucus, preventing it from sticking to the
airway surfaces. This is expected to lead to easier removal of the mucus from the lungs and
improvement in lung function and breathing.

What is the stage of development of this medicine?

The effects of the medicinal product have been evaluated in experimental models.

At the time of submission of the application for orphan designation, clinical trials with the medicinal
product in patients with cystic fibrosis had started.

At the time of submission, the medicinal product was not authorised anywhere in the EU for cystic
fibrosis. Orphan designation of the medicinal product had been granted in the United States for cystic
fibrosis.

In accordance with Regulation (EC) No 141/2000 of 16 December 1999, the COMP adopted a positive
opinion on 8 September 2011 recommending the granting of this designation.

Opinions on orphan medicinal product designations are based on the following three criteria:
e the seriousness of the condition;
e the existence of alternative methods of diagnosis, prevention or treatment;

e either the rarity of the condition (affecting not more than 5 in 10,000 people in the EU) or
insufficient returns on investment.

Designated orphan medicinal products are products that are still under investigation and are
considered for orphan designation on the basis of potential activity. An orphan designation is not a
marketing authorisation. As a consequence, demonstration of quality, safety and efficacy is necessary
before a product can be granted a marketing authorisation.
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For more information

Sponsor’s contact details:

Pharm Research Associates (UK) Limited
Pacific House

Imperial Way

Reading

Berkshire RG2 0TD

United Kingdom

Telephone: +44 118 918 1000

Telefax: +44 118 918 1003

For contact details of patients’ organisations whose activities are targeted at rare diseases see:

e Orphanet, a database containing information on rare diseases which includes a directory of
patients’ organisations registered in Europe.

o European Organisation for Rare Diseases (EURORDIS), a non-governmental alliance of patient
organisations and individuals active in the field of rare diseases.
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http://www.orpha.net/consor/cgi-bin/index.php
http://www.eurordis.org/content/rare-disease-patient-organisations

Translations of the active ingredient and indication in all official EU
languages®, Norwegian and Icelandic

Language

Active ingredient

Indication

English

Bulgarian

Czech

Danish

Dutch

Estonian

Finnish

French

German

Greek

Hungarian

Italian

Latvian

Lithuanian

Sinapultide, dipalmitoylphosphatidylcholine,
palmitoyl-oleoyl phosphatidylglycerol, sodium
salt and palmitic acid

CuHanyntma, annanMmutonndochaTnaniaxonmH,
nanMuToun-onenn cdochaTnanarnmuepon,
HaTpuMeBa COJ1 U MANMUTOBA KMCennHa
Sinapultid, dipalmitoylfosfatidylcholin,

palmitoyloleoyl fosfatidylglycerol, chlorid sodny a

kyselina palmitova

Sinapultid, dipalmitoylfosfatidylcholin, palmitoyl-
oleoyl fosfatidylglycerol, natriumsalt og
palmitinsyre

Sinapultide, dipalmitoyl-fosfatidylcholine,
palmitoyl-oleoyl-fosfatidylglycerol, natriumzout
en palmitinezuur

Sinapultiid, dipalmitolulfosfatidtilkoliin,
palmitoudl-oletul fosfatiduulglitserool,
naatriumsool ja palmitiinhape

Sinapultidi, dipalmitoyylifosfatidyylikoliini,
palmitoyyli-oleyylifosfatidyyliglyseroli,
natriumsuola ja palmitiinihappo

Sinapultide, dipalmitoylfosfatidylcholine,
palmitoyloleoylfosfatidylglycerol, sel de sodium
et acide palmitique

Sinapultid, Dipalmitoylphosphatidylcholin,
Palmitoyloleoylphosphatidylglycerol, Natriumsalz
und Palmitinsaure

ZIvanouATidn, dINaAPIToUAOQWOPATIOUAOXOAIVN,

NaAITOUANIKA-eEAAIOUAIKT GWOPATIOUAOYAUKEPOAN

Kal NaApITikd ou

Sinapultid, dipalmitoil-foszfatidil-kolin, palmitoil-
oleoil-foszfatidil-glicerin, natriumso és
palminitinsav

Sinapultide, dipalmitoilfosfatidilcolina,
palmitoiloleoil-fosfatidilglicerolo, sale sodico e
acido palmitico

Sinapultids, dipalmitoilfosfatidilholins, palmitoil-
oleoil-fosfatidilglicerins, natrija sals un
palmitinskabe

Sinapultidas, dipalmitoilfosfatidilcholinas,

palmitoil-oleoil fosfatidilglicerolis, natrio druska ir

palmitino rtgstis

1 At the time of designa
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Language

Active ingredient

Indication

Maltese

Polish

Portuguese

Romanian

Slovak

Slovenian

Spanish

Swedish

Norwegian

Icelandic

Sinapultide, dipalmitoylphosphatidylcholine,
palmitoyl-oleoyl phosphatidylglycerol, melh tas-
sodju, u palmitic acid

Synapultyd, sél sodowa
dipalmitoilofosfatydylocholiny, sél sodowa
palmitoilo-oleoilo-fosfatydyloglicerolu, i kwas
palmitynowy

Sinapultide, dipalmitoilfosfatidilcolina,
palmitoiloleoilfosfatidilglicerol, sal de sddio e
acido palmitico

Sinapultid, dipalmitoil-fosfatidilcolina, palmitoil-
oleoil fosfatidilglicerol, sare sodica si acid
palmitic

Sinapultid, dipalmitoylfosfatidylcholin, palmitoyl-
oleoyl fosfatidylglycerol, sodna sol a kyselina
palmitova

Sinapultid, dipalmitoil fosfatidilholin, palmitoil-
oleoil fosfatidilglicerol, natrijeva sol in
palmitinska kislina

Sinapultida, dipalmitoilfosfatidilcolina,
palmitoiloleoilfosfatidilglicerol, sal soédica y acido
palmitico

Sinapultid, dipalmitylfosfatidylkolin,
palmityloleoylfosfatidylglycerol, natriumsalt och
palmitinsyra

Sinapultid, dipalmitoylfosfatidylkolin, palmitoyl-
oleoyl fosfatidylglyserol, natriumsalt og
palmitinsyre

Sinapultide, dipalmitoyllesipin, palmitoyl-oleoyl
fosfatidylglyserdl, natriumsalt og palmitinsyra
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