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Public summary of opinion on orphan designation  
Genistein sodium salt dihydrate for the treatment of mucopolysaccharidosis 
type III (Sanfilippo syndrome) 

On 2 April 2012, orphan designation (EU/3/12/980) was granted by the European Commission to 
Axcentua Pharmaceuticals AB, Sweden, for genistein sodium salt dihydrate for the treatment of 
mucopolysaccharidosis type III (Sanfilippo syndrome). 

What is mucopolysaccharidosis type III? 

Mucopolysaccharidosis type III (also known as Sanfilippo syndrome) is an inherited disease caused by 
the lack of one of the enzymes involved in breaking down some substances in the body called 
glucosaminoglycans or GAGs (long chains of sugar molecules which are part of many tissues in the 
body). Because patients with mucopolysaccharidosis type III cannot break these substances down, 
they gradually build up in cells in the body, particularly in the brain, and cause irreversible damage. 
This causes a wide range of symptoms, including behavioural problems, learning disabilities, difficulty 
moving and sleep disturbances. The disease typically starts in children between two and six years of 
age. 

Mucopolysaccharidosis type III is a seriously debilitating and life-threatening disease because it leads 
to poor development of language skills and movement, hyperactivity and slow general development. 
The disease usually results in death during adolescence. 

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

At the time of designation, mucopolysaccharidosis type III affected approximately 0.03 in 10,000 
people in the European Union (EU)*. This is equivalent to a total of around 1,500 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). 

                                                
*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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What treatments are available?  

At the time of designation, no satisfactory treatments were authorised in the EU for 
mucopolysaccharidosis type III. 

How is this medicine expected to work? 

Genistein sodium salt dihydrate is expected to prevent the accumulation of GAGs by stopping their 
production. It is expected to do so by blocking some receptors called ‘protein tyrosine kinase 
receptors’, which are thought to be involved in producing the enzymes that make GAGs. This is 
expected to result in a reduction of GAGs’ deposits inside cells, thus improving the symptoms of the 
disease.  

What is the stage of development of this medicine? 

At the time of submission of the application for orphan designation, the evaluation of the effects of the 
medicine in experimental models was ongoing. 

At the time of submission, no clinical trials with the medicine in patients with mucopolysaccharidosis 
type III were ongoing. 

At the time of submission genistein sodium salt dihydrate was not authorised anywhere in the EU for 
mucopolysaccharidosis type III or designated as an orphan medicinal product elsewhere for this 
condition. 

 

In accordance with Regulation (EC) No 141/2000 of 16 December 1999, the COMP adopted a positive 
opinion on 8 February 2012 recommending the granting of this designation. 

 

__________________________ 
 

Opinions on orphan medicinal product designations are based on the following three criteria: 

• the seriousness of the condition; 

• the existence of alternative methods of diagnosis, prevention or treatment; 

• 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: 

Axcentua Pharmaceuticals AB 
Alfred Nobels Allé 10 
SE-141 52 Huddinge 
Sweden 
Telephone: +46 8 524 88 620 
Telefax: +46 8 524 86 234 
E-mail: info@axcentua.com  
 

 

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

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

• European Organisation for Rare Diseases (EURORDIS), a non-governmental alliance of patient 
organisations and individuals active in the field of rare diseases. 

 

mailto:info@axcentua.com
http://www.orpha.net/consor/cgi-bin/index.php
http://www.eurordis.org/content/rare-disease-patient-organisations
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Translations of the active ingredient and indication in all official EU 
languages1, Norwegian and Icelandic  

Language Active ingredient Indication 

English Genistein sodium salt dihydrate Treatment of mucopolysaccharidosis type III 
(Sanfilippo syndrome) 

Bulgarian Натриева сол на генистеин 
дихидрат 

Лечение на мукополизахаридоза тип III 
(синдром на Санфилипо) 

Czech Genistein sodná sůl dihydrát Léčba mukopolysacharidozy typu III (syndrom 
Sanfilippo) 

Danish Genistein Natriumsalt dihydrat Behandling af mucopolysaccharidose type III 
(Sanfilippo  syndrom) 

Dutch Genisteïne natriumzoutdihydraat Behandeling van mucopolysacharidose type III 
(Sanfilippo syndroom) 

Estonian Genistein naatriumsoola dihüdraat III-tüüpi mukopolüsahharidoosi (Sanfilippo 
sündroomi) ravi 

Finnish Genisteiinin natriumsuolan dihydraatti Tyypin III (Sanfilippo) mukopolysakkaridoosin 
hoito 

French Dihydrate du sel de sodium génistéine Traitement de la mucopolysaccharidose de type 
III (maladie de Sanfilippo) 
 

German Genistein Natriumsalzdihydrat Behandlung der Mukopolysaccharidose Typ III 
(Sanfilippo-Syndrom) 

Greek Genistein διένυδρο άλας νατρίου Θεραπεία βλεννοπολυσακχαρίδωσης, τύπου ΙΙΙ 
(σύνδρομο Sanfilippo) 

Hungarian Genistein nátriumsó dihidrát III típusú mucopolisacharidosis (Sanfilippo 
szindróma) kezelése 

Italian diidrato del sale di sodio della 
Genisteina  

Trattamento della mucopolisaccaridosi di tipo III 
(sindrome di Sanfilippo) 

Latvian Genisteina nātrija sāls dihidrāts III tipa mukopolisaharidozes (Sanfilipo 
sindroms) ārstēšana 

Lithuanian Genisteino natrio druskos dihidratas Mukopolisacharidozės, III tipo gydymas 
(Sanfilippo sindromas) 

Maltese Dihydrate genistein Melħ tas-sodju Kura tal-mukopolisakkaridożi tat-tip III 
(sindrome ta’ Sanfilippo) 

Polish Genisteina, sól sodowa dwuwodna Leczenie mukopolisacharydozy, typ III (zespół 
Sanfilippo) 

Portuguese Sal dihidratado de genisteína sódica Tratamento da mucopolissacaridose, tipo III 
(síndrome de Sanfilippo) 

Romanian Dihidrat al sării de sodiu genistein  Tratamentul mucopolizaharidozei de tip III 
(sindromul Sanfilippo) 

Slovak Dihydrát sodnej soli genisteinu  Liečba mukopolysacharidózy typu III 
(Sanfilippov syndróm) 

Slovenian Genistein natrijev dihidrat Zdravljenje mukopolisaharidoze vrste III 
(sindroma Sanfilippo) 

Spanish Dihdrato del sal de sodio de Tratamiento de la mucopolisacaridosis tipo III 

                                                
1 At the time of designation 
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Language Active ingredient Indication 

gensiteína (síndrome de Sanfilippo) 
Swedish Genistein natriumsalt dihydrat Behandling av mukopolysackaridos typ III 

(Sanfilippos syndrom) 
Norwegian Genistein natriumsalt dihydrat Behandling av mukopolysakkaridose, type IIIB 

(Sanfilippos syndrom type B) 
Icelandic Genistein natríum salt dehýdrat Meðferð við slímsykrukvilla gerð IIIB (Sanfilippo 

B heilkenni) 
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