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Public summary of opinion on orphan designation
Autologous dendritic cells pulsed with killed ovarian cancer cells and matured
by TLR3 ligand ex vivo for the treatment of ovarian cancer

On 16 April 2018, orphan designation (EU/3/18/2009) was granted by the European Commission to
SOTIO a.s, Czech Republic, for autologous dendritic cells pulsed with killed ovarian cancer cells and
matured by TLR3 ligand ex vivo (also known as DCVAC/OvCa) for the treatment of ovarian cancer.

What is ovarian cancer?

Ovarian cancer is cancer of the ovaries, the two organs in the female reproductive system that produce
eggs. Most ovarian cancers occur in women aged over 50 years. Due to the absence of clear symptoms
in the early stages of the disease, the majority of women are diagnosed when the cancer has spread to
other parts of the body.

Ovarian cancer is a debilitating and life-threatening disease that is associated with poor long-term
survival.

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

At the time of designation, ovarian cancer affected approximately 4.7 in 10,000 people in the European
Union (EU). This was equivalent to a total of around 243,000 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 designation, several medicines were authorised in the EU for the treatment of ovarian
cancer. The choice of treatment depended mainly on how advanced the disease was. Treatments
included surgery and chemotherapy (medicines to treat cancer).

The sponsor has provided sufficient information to show that this medicine might be of significant
benefit for patients with ovarian cancer. Preliminary results from studies show that the medicine may

*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 28), Norway, Iceland and Liechtenstein. This represents a population of
517,400,000 (Eurostat 2018).
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increase the length of time patients live without their disease getting worse when added to standard
chemotherapy.

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?

The medicine works by stimulating cells of the immune system (the body’s natural defences) to attack
cancer cells. It is made from the patient’s own dendritic cells (a type of immune cell), whose job is to
stimulate other immune cells to attack foreign bodies. Before being injected into the body, the
dendritic cells are grown outside the body and mixed with killed ovarian cancer cells to make them
better at stimulating the immune cells to attack the cancer cells.

What is the stage of development of this medicine?

The effects of the medicine have been evaluated in experimental models.

At the time of submission of the application for orphan designation, clinical trials with the medicine in
patients with ovarian cancer were ongoing.

At the time of submission, the medicine was not authorised anywhere in the EU for ovarian cancer.
Orphan designation had been granted in the United States for ovarian cancer.

In accordance with Regulation (EC) No 141/2000 of 16 December 1999, the COMP adopted a positive
opinion on 15 March 2018 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:

Contact details of the current sponsor for this orphan designation can be found on EMA website, on the
medicine’s rare disease designations page.

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;

e 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.ema.europa.eu/ema/index.jsp?curl=pages/medicines/landing/orphan_search.jsp&mid=WC0b01ac058001d12b
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

English Autologous dendritic cells pulsed with killed ovarian
cancer cells and matured by TLR3 ligand ex vivo
Bulgarian ABTOSIOXXHW AEHAPUTHW KNETKU, obpaboTeHu
nyacoBO C y6UTM OBapuanHW pakoBU KNETKU U
MaTypupaHu ex vivo nocpeactsoM TLR3-nuraHg
Croatian Autologne dendriti¢ne stanice pulsirane usmrcenim
stanicama raka jajnika sazrijevane s TLR3 ligandom
u ex vivo uvjetima

Czech Autologni dendritické buriky pulzované usmrcenymi
ovarialnimi nadorovymi bufikami a maturované
ligandem TLR3 ex vivo

Autologe dendritiske celler primet med inaktive
ovariecancerceller, og lagret med TLR3 ligand ex vivo
Autologe dendritische cellen gepulseerd met gedode
eierstokkankercellen en gerijpt door TLR3 ligand ex
Vivo

Kehavaliselt munasarjavahi surmatud rakkudega
aktiveeritud ja TLR3 ligandiga taiskasvanud
staadiumisse viidud autoloogsed dendriitrakud
Autologiset dendriittisolut ladattuina tapetuilla
munasarjasyovan soluilla, ja kypsytetty TLR3 ligandin

kanssa ex vivo

Danish

Dutch

Estonian

Finnish

French Cellules dendritiques autologues pulsées avec des
cellules cancéreuses mortes de l'ovaire et rendues
matures grace au ligand TLR3 ex vivo

Autologe dendritische Zellen, gepulst mit abgetéten
Ovarialkarzinom-Zellen, und ex vivo gereift
mittels TLR3 Ligand

AuTOAoya OevdpITIKG KUTTAPA ENWACKEVA HE VEKPA
KUTTApa Kapkivou TV wodnKwV Kal KAAAIEPYNHEVMYV
ex vivo napouaia ouvdeTn TLR3

German

Greek

Hungarian  El6lt ovarium karcindma sejtekkel stimulalt és
TLR3 ligandokkal ex vivo érlelt autolég dendritikus
sejtek

Cellule dendritiche autologhe pulsate con cellule
tumorali ovariche uccise, maturate ex vivo tramite il
ligando TLR3

Autologas dendritiskas Stnas, kas parslogotas ar
nogalinatam olnicu véza sinam un nobriedinatas ar

TLR3 ligandu ex vivo

Italian

Latvian

L At the time of designation

Indication

Treatment of ovarian cancer

JleyeHue Ha pak Ha ANYHMLMTE

LijeCenje raka jajnika

Lécba karcinomu vajeénikl

Behandling af ovarie cancer

Behandeling van ovariumkanker

Munasarjavahi ravi

Munasarjasyévan hoito

Traitement du cancer de |'ovaire

Behandlung des
Ovarialkarzinoms

©gpaneia Tou KApKivou TwV
wWoBNKWV

Petefészekrak kezelése
Trattamento del carcinoma
dell’ovaio

Olnicu véza arstéSana
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Language

Active ingredient

Indication

Lithuanian

Maltese

Polish

Portuguese

Romanian

Slovak

Slovenian

Spanish

Swedish

Norwegian

Icelandic

Autologinés dendritinés lastelés pulsuojancios su
Zuvusiomis kiausidziy vézio lastelémis ir brandintos
ligando TLR3 ex vivo

Celluli dendriti¢i awtologi pulsati b’éelluli magtula ta’
tumur ovarju u mmaturati permezz ta’ ligand TLR3
ex vivo

Autologiczne komorki dendrytyczne stymulowane
martwymi komorkami raka jajnika i dojrzewajace pod
wptywem ligandu TLR3 ex vivo

Células dendriticas autdlogas pulsadas com células
mortas de carcinoma do ovario e maturadas, ex vivo,
com o ligante TLR3

Celule dendritice autologe pulsate cu celule moarte
de cancer ovarian si maturate ex vivo cu ligand TLR3
Autoldgne dendritické bunky pulzované usmrtenymi
ovarialnymi nadorovymi bunkami a maturované
ligandom TLR3 ex vivo

Avtologne dendriticne celice spodbujene z unic¢enimi
celicami raka jajcnikov in zorjene s TLR3 ligandom ex
vivo

Células dendriticas autélogas pulsadas con células
de cancer ovarico muertas y maduradas por el
ligando TLR3 ex vivo

Autologa dendritiska celler primade med déda
aggstockscancerceller som mognat med en TLR3
ligand ex vivo

Autologe dendrittiske celler pulset med inaktive
eggstokkreft celler og modnet med TLR3 ligand ex
vivo

Samgena dendritic frumur primed med dvirkum
eggjastokka krabbameinsfrumum, og proskast med
TLR3 sameind ex vivo

Kiausidziy vézio gydymas

Kura tal-kancer ta’ I-ovarji

Leczenie raka jajnika

Tratamento do carcinoma do

ovario

Tratamentul cancerului ovarian

Liecba rakoviny vajecnikov

Zdravljenje raka na jajc¢nikih

Tratamiento del cancer de ovario

Behandling av ovarialcancer

Behandling av eggstokkreft

Medferd eggjastokkakrabbameins
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