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Table 1-1: Recommendations and respective FVIII/FIX levels to achieve in different types of bleedings [1] 

Type of  

bleeding 

Target level (IU/dL) 
Dosage  

interval (h) 

Duration of 

therapy (days) 
Comment Peak level (initial) Trough level 

(maintenance) 

Abbreviations: CNS: central nervous system, dL: decilitre, FVIII: factor VIII, FIX: factor IX, IU: International Unit, EHL: 

extended half-life, SHL: standard half-life; *The dosing intervals refer to SHL-FVIII/FIX concentrates. For EHLs, longer 

dosing intervals must be observed according to the respective half-life extension. 
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Cochrane (05.12.2024) 

ID Search 

#1 (BEQVEZ*) (Word variations have been searched) 

#2 (fidanacogene*) (Word variations have been searched) 

#3 (AAV8* NEAR hFIX19*) (Word variations have been searched) 

#4 (AAV8?hFIX19*) (Word variations have been searched) 

#5 (durveqtix*) (Word variations have been searched) 

#6 (pf* NEAR (6838435* OR 06838435*)) (Word variations have been searched) 

#7 (pf?06838435*) (Word variations have been searched) 

#8 (pf?6838435*) (Word variations have been searched) 

#9 (rAAV NEXT Spark100 NEXT hFIX39 NEXT Padua) (Word variations have been searched) 

#10 (rAAV?Spark*) (Word variations have been searched) 

#11 (spark NEXT 101) (Word variations have been searched) 

#12 (spk NEXT 1001*) (Word variations have been searched) 

#13 (spk1001*) (Word variations have been searched) 

#14 (spk NEXT 101) (Word variations have been searched) 

#15 (spk101*) (Word variations have been searched) 

#16 (spk NEXT 9001*) (Word variations have been searched) 

#17 (spk9001*) (Word variations have been searched) 

#18 (spk NEXT fix NEXT padua*) (Word variations have been searched) 

#19 (spkfix NEXT padua*) (Word variations have been searched) 

#20 #1 OR #2 OR #3 OR #4 OR #5 OR #6 OR #7 OR #8 OR #9 OR #10 OR #11 OR #12 OR #13 

OR #14 OR #15 OR #16 OR #17 OR #18 OR #19 

#21 English:la 

#22 German:la 

#23 #21 OR #22 

#24 #20 AND #23 

Embase (05.12.2024) 

No.  Query                                           

#27. #26 AND ([english]/lim OR [german]/lim)                      

#26. #1 OR #2 OR #3 OR #4 OR #5 OR #6 OR #7 OR #8 OR #9 OR #10 OR #11 OR #12 OR #13 

OR #14 OR #15 OR #16 OR #17 OR #18 OR #19 OR     

         #20 OR #21 OR #22 OR  #23 OR #24 OR #25 

#25. 'spkfix padua*'                                                  

#24. 'spk fix padua*'                                              

#23. spk9001*                                                     

#22. 'spk 9001*'                                                  

#21. spk101*                                                       

#20. 'spk 101*'                                                    

#19. spk1001*                                                         

#18. 'spk 1001*'                                                   

#17. 'spark 101*'                                                     

#16. raav*spark*                                                      

#15. 'raav spark100 hfix39 padua*'                                    

#14. pf* NEAR/1 (6838435* OR 06838435*)                           

 #12. 'pf 6838435*'                                                    

#11. pf*06838435*                                                  

#10. 'pf 06838435*'                                               

#9.  durveqtix*                                                       
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#8.  aav8*hfix19*                                                     

#7.  aav8 NEAR/1 hfix19*                                              

#6.  'aav8 hfix19*'                                                   

#5.  BEQVEZ*                                                       

#4.  aav8 NEAR/1 hfix19                                               

#3.  'aav8 hfix19'                                                    

#2.  fidanacogene*                                                

#1.  'fidanacogene elaparvovec'/exp      

Medline (05.12.2024) 

1     BEQVEZ*.mp.  

2     fidanacogene*.mp.  

3     (AAV8* adj hFIX19*).mp.  

4     AAV8?hFIX19*.mp.  

5     durveqtix*.mp.  

6     (pf* adj (6838435* or 06838435*)).mp.  

7     pf?06838435*.mp.  

8     pf?6838435*.mp.  

9     rAAV-Spark100-hFIX39-Padua.mp.  

10     rAAV?Spark*.mp.  

11     spark 101*.mp.  

12     spk 1001*.mp.  

13     spk1001*.mp.  

14     spk 101*.mp.  

15     spk101*.mp.  

16     spk 9001*.mp.  

17     spk9001*.mp.  

18     spk fix padua*.mp.  

19     spkfix padua*.mp.  

20     1 or 2 or 3 or 4 or 5 or 6 or 7 or 8 or 9 or 10 or 11 or 12 or 13 or 14 or 15 or 16 or 17 or 18 or 19  

21     limit 20 to (english or german)  

22     remove duplicates from 21  

International HTA database (05.12.2024) 

5 ((durveqtix*) OR (fidanacogene*) OR (BEQVEZ*)) AND (English OR German)[Lan-

guage],"1","2024-11-28T14:01:54.000000Z" 

4 (durveqtix*) OR (fidanacogene*) OR (BEQVEZ*),"1","2024-11-28T14:01:33.000000Z" 

3 durveqtix*,"0","2024-11-28T14:00:45.000000Z" 

2 fidanacogene*,"1","2024-11-28T14:00:09.000000Z" 

1 BEQVEZ*,"0","2024-11-28T13:59:44.000000Z" 

 

 

Cochrane (05.12.2024) 

ID Search 

#1 (hemgenix*) (Word variations have been searched) 

#2 (etranacogene*) (Word variations have been searched) 

#3 (amt NEXT 061*) (Word variations have been searched) 

#4 (amt?061*) (Word variations have been searched) 

#5 (csl NEXT 222*) (Word variations have been searched) 

#6 (csl?222*) (Word variations have been searched) 

#7 (etranadez*) (Word variations have been searched) 

#8 #1 OR #2 OR #3 OR #4 OR #5 OR #6 OR #7 

#9 English:la 

#10 German:la 
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#11 #9 OR #10 

#12 #8 AND #11 

Embase (05.12.2024) 

No.  Query                                          

#10. #9 AND ([english]/lim OR [german]/lim)                      

#9.  #1 OR #2 OR #3 OR #4 OR #5 OR #6 OR #7 OR #8                

#8.  etranadez*                                                    

#7.  csl222*                                                       

#6.  'csl 222*'                                                    

#5.  amt061*                                                      

#4.  'amt 061*'                                                   

#3.  hemgenix*                                                    

#2.  etranacogene*                                               

#1.  'etranacogene dezaparvovec'/exp                             

Medline (05.12.2024) 

1     hemgenix*.mp.  

2     etranacogene*.mp.  

3     amt 061*.mp.  

4     amt?061*.mp.  

5     csl 222*.mp.  

6     csl?222*.mp.  

7     etranadez*.mp.  

8     1 or 2 or 3 or 4 or 5 or 6 or 7  

9     limit 8 to (english or german)  

10   remove duplicates from 9  

International HTA database (05.12.2024) 

9 ((etranadez*) OR (csl222*) OR ("csl 222*") OR (amt061*) OR ("amt 061*") OR (etranacogene*) OR 

(hemgenix*)) AND (English OR German)[Lan  

           guage],"6","2024-11-28T15:30:23.000000Z" 

8 (etranadez*) OR (csl222*) OR ("csl 222*") OR (amt061*) OR ("amt 061*") OR (etranacogene*) OR 

(hemgenix*),"6","2024-11-28T15:29:50.000000Z" 

7 etranadez*,"1","2024-11-28T15:29:34.000000Z" 

6 csl222*,"0","2024-11-28T15:29:15.000000Z" 

5 "csl 222*","0","2024-11-28T15:29:05.000000Z" 

4 amt061*,"0","2024-11-28T15:28:41.000000Z" 

3 "amt 061*","1","2024-11-28T15:28:30.000000Z" 

2 etranacogene*,"6","2024-11-28T15:28:01.000000Z" 

1 hemgenix*,"1","2024-11-28T15:27:40.000000Z" 

 

 

Date of search: 09.12.2024 

ClinicalTrials.gov 

Search string: PF-06838435 \(formerly SPK-9001\) OR PF-06838435/ fidanacogene elaparvovec OR 

06838435 OR SPK-9001 OR fidanacogene OR BEQVEZ OR durveqtix OR pf 06838435 OR pf06838435 

OR pf 6838435 OR pf6838435 OR rAAV-Spark100 OR spark 101 OR spk 1001 OR spk1001 OR spk 101 

OR spk101 OR spk 9001 OR spk9001 OR spk fix padua OR spkfix padua in Intervention/treatment 

6 studies identified 

 

WHO ICTRP (Advanced search mode) 

Search string: fidanacogene OR BEQVEZ OR durveqtix OR "pf 06838435" OR pf06838435 OR "pf 

6838435" OR pf6838435 OR rAAV-Spark100 OR "spark 101" OR "spk 1001" OR spk1001 OR "spk 101" OR 

spk101 OR "spk 9001" OR spk9001 OR "spk fix padua" OR "spkfix padua" in Intervention 

7 (4 further) studies identified 
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EU Clinical Trials (EUdraCT) 

search string: fidanacogene OR BEQVEZ OR durveqtix OR "pf 06838435" OR pf06838435 OR "pf 6838435" 

OR pf6838435 OR rAAV-Spark100 OR "spark 101" OR "spk 1001" OR spk1001 OR "spk 101" OR spk101 

OR "spk 9001" OR spk9001 OR "spk fix padua" OR "spkfix padua" 

2 (0 further) studies identified 

 

 

Date of search: 09.12.2024 

ClinicalTrials.gov 

Search string: HEMGENIX OR CSL222 \(AAV5-hFIXco-Padua\) OR amt 061 OR amt061 OR csl 222 OR 

csl222 OR etranacogene OR etranadez in intervention/treatment 

6 studies identified 

WHO ICTRP (Advanced search mode) 

Search string: "amt 061" OR amt061 OR "csl 222" OR csl222 OR etranacogene OR etranadez OR hemgenix 

in intervention 

11 (6 further) studies identified 

EU Clinical Trials (EUdraCT) 

Search string: "amt 061" OR amt061 OR "csl 222" OR csl222 OR etranacogene OR etranadez OR hemgenix 

1 (0 further) studies identified 

 

 

Table 2-1: Search terms used to identify public contributions 
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https://www.ema.europa.eu/en/medicines
https://www.ema.europa.eu/en/medicines
https://adisinsight.springer.com/
https://pubmed.ncbi.nlm.nih.gov/
https://clinicaltrials.gov/
https://euclinicaltrials.eu/
https://eudract.ema.europa.eu/
https://cordis.europa.eu/
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https://reporter.nih.gov/
https://www.accessdata.fda.gov/scripts/cder/ob/index.cfm
https://www.accessdata.fda.gov/scripts/cder/ob/index.cfm
https://trialsearch.who.int/
https://competition-cases.ec.europa.eu/search
https://competition-cases.ec.europa.eu/search
https://www.ihi.europa.eu/
https://eismea.ec.europa.eu/index_en
https://eismea.ec.europa.eu/index_en
https://eit.europa.eu/
https://eic.ec.europa.eu/index_en
https://www.eib.org/en/index
https://research-and-innovation.ec.europa.eu/funding/funding-opportunities/funding-programmes-and-open-calls_en
https://research-and-innovation.ec.europa.eu/funding/funding-opportunities/funding-programmes-and-open-calls_en
https://research-and-innovation.ec.europa.eu/funding/funding-opportunities/funding-programmes-and-open-calls_en
https://research-and-innovation.ec.europa.eu/funding/funding-opportunities/funding-programmes-and-open-calls_en
https://www.sbir.gov/
https://www.nsf.gov/
https://www.ukri.org/
https://foerderportal.bund.de/
https://www.health-holland.com/
https://www.bpifrance.com/
https://www.inserm.fr/en/home/
https://innovationsfonden.dk/da
https://www.ucc.ie/en/apc/
https://www.amractionfund.com/about
https://www.amractionfund.com/about
https://reporter.nih.gov/
https://www.gatesfoundation.org/
https://www.google.com/
https://www.forbes.com/
https://www.reuters.com/
https://www.science.org/
https://www.cafepharma.com/
https://www.livescience.com/
https://www.biospace.com/
https://www.bioworld.com/
https://www.biopharmadive.com/
https://pharmaphorum.com/
https://pharmatimes.com/
https://pharmafile.com/
https://www.fiercepharma.com/
https://www.businesswire.com/


 

 

Table 2-2: Questions asked to TED patients 

 1 

 2 

 3 

 4/1 
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https://www.businessinsider.com/
https://www.statnews.com/


Patient*innen und Patient*innenpopulation Österreich 

Wie hoch ist die jährliche Inzidenz der Hämophilie in Österreich? 

Wie hoch ist die geschätzte Prävalenz der Hämophilie B in der österreichischen Population? 

Inwieweit ist die Studienpopulation repräsentativ für die reale Patientenpopulation in Österreich, und 

welche Implikationen ergeben sich daraus für die Übertragbarkeit der Studienergebnisse? 

Welche definitiven Kontraindikationen bestehen für die Anwendung von Beqvez® im klinischen All-

tag? 

Nach welchen klinischen und laborchemischen Parametern wird der Schweregrad der Hämophilie B 

klassifiziert? 

Welche klinische Relevanz hat die Hämophilie B bei weiblichen Patientinnen unter Berücksichtigung 

des meist milderen Krankheitsverlaufs? 

Evaluation der Patientenzahlen für Beqvez®-Therapie: 

a) Wie plausibel ist die Prognose von 38 geeigneten Patienten innerhalb eines dreijährigen 

Zeitraums? 

b) Welches Szenario ist für die Patientenrekrutierung in den nächsten drei Jahren am wahr-

scheinlichsten: eine gleichmäßige Verteilung von 13 Patienten pro Jahr oder eine initial 

höhere Aufnahmerate im ersten Jahr? 

Intervention 

An welcher Stelle des therapeutischen Algorithmus ist die Intervention mit Beqvez® optimal zu plat-

zieren? 

Welche diagnostischen Maßnahmen sind vor Initiierung der Beqvez®-Therapie erforderlich und wel-

che ökonomischen Implikationen ergeben sich daraus? 

Welche spezifischen Neutralisationsantikörper-Tests (nAb) für AAVRh7evar und FIX-Inhibitoren 

sind notwendig und welche labordiagnostischen Voraussetzungen müssen dafür erfüllt sein? 

Welche hepatologische und infektiologische Diagnostik ist prätherapeutisch indiziert? 

Wie hoch ist die zu erwartende Rate an Therapieabbrüchen bei intravenöser Beqvez®-Applikation? 

Welche Parameter sind im Rahmen des kurzfristigen Therapiemonitorings zu erheben und in welchen 

Intervallen sollten diese kontrolliert werden? 

Inwieweit können FIX-Aktivität, Inhibitoren, ALT/AST und CPK in einem integrierten Analyseprofil 

erfasst werden? 

Welche Frequenz der Kontrollen ist für FIX-Aktivität und Inhibitoren über einen Zeitraum von drei 

Jahren erforderlich? 

Bei welchem Anteil der Patienten sind zusätzliche jährliche Alpha-Fetoprotein-Bestimmungen und 

hepatische Sonographien indiziert? 

Welche therapeutischen Interventionen sind bei schwerwiegenden oder häufigen unerwünschten Arz-

neimittelwirkungen erforderlich? 

Wie ist der durchschnittliche Transfusionsbedarf bei therapieassoziierter Anämie (4,4%) einzuschät-

zen? 

Welche Therapieoptionen bestehen bei erhöhten Transaminasen, verminderter FIX-Aktivität oder ab-

normer Leberfunktion (13,3%)? 

Welche Dauer der Nachbeobachtung ist nach Beqvez®-Administration erforderlich? 

Komparator 

Wie gestaltet sich der aktuelle Behandlungsstandard (Standard of Care) in der prophylaktischen The-

rapie in Österreich? 

Welcher Prozentsatz der Patient*innen wird voraussichtlich eine FIX-Substitutionstherapie in den 

kommenden drei Jahren erhalten und mit welcher durchschnittlichen Verordnungsfrequenz pro 

Jahr ist zu rechnen? 

Welcher Anteil der Patient*innen wird voraussichtlich Faktor-unabhängige Therapien (Non-factor-

therapies/Non-Replacement therapies) in den nächsten drei Jahren erhalten? 

Besteht die Möglichkeit einer Hemgenix-Therapie bei vorhandenen Antikörpern gegen Beqvez und 

wie hoch schätzen Sie den Anteil der Patient*innen in den nächsten drei Jahren? 

Welche schwerwiegenden und häufigen unerwünschten Ereignisse treten bei den verschiedenen The-

rapieoptionen (FIX-Substitutionstherapie, Faktor-unabhängige Therapien, Hemgenix-Behand-

lung) auf und welche Behandlungskosten entstehen durch deren Management? 
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Wie viele Patient*innen benötigen durchschnittlich akute Therapien und wie lange beträgt die durch-

schnittliche Krankenhausverweildauer? 

Welche Produkte stehen in Österreich für die präoperative FIX-Substitution zur Verfügung und wie 

bewerten Sie die Kostenrelevanz hämostatischer Mittel? 

Welche therapeutischen Optionen stehen Patient*innen zur Verfügung, die keine prophylaktische Be-

handlung erhalten? 

Outcomes 

Welche klinischen Endpunkte erachten Sie kurz- und langfristig als besonders relevant für die Bewer-

tung des Therapieerfolgs? 

Wie bewerten Sie die Aussagekraft der Studienendpunkte im Zeitraum von Woche 12 bis Monat 15 

im Hinblick auf die klinische Praxis? 

Wie objektiv und valide ist die jährliche Blutungsrate (Annual Bleeding Rate, ABR) als primärer End-

punkt einzuschätzen? 

Wie interpretieren Sie die jährliche Infusionsrate (Annualised Infusion Rate, AIR) von exogenem FIX 

im Zeitraum von Woche 12 bis Monat 15 im Vergleich zur Standard-FIX-Substitutionstherapie? 

Welche klinische Relevanz hat der nachgewiesene mittlere Vektor-abgeleitete FIX-C-Spiegel im 

Steady State von >5% (gemessen von Woche 12 bis Monat 15)? 

Organisatorische Voraussetzungen 

Welche spezifischen organisatorischen Strukturen müssen für die Verabreichung von Beqvez
®
 imple-

mentiert werden? 

Ist die Verabreichung von Beqvez
®
 in allen zehn österreichischen Hämophilie-Zentren realisierbar 

oder sollte eine Konzentration auf spezialisierte Zentren erfolgen? 

Welche infrastrukturellen Anpassungen sind für eine sichere und effiziente Verabreichung von 

Beqvez
®
 erforderlich? 

Welche technischen Anforderungen müssen Gentherapie-Zentren hinsichtlich Lagerung, Zuberei-

tung, Verabreichung und Überwachung der Therapie erfüllen? 

Langzeitüberwachung und Patient*innenmanagement 

Welche konkreten Anforderungen ergeben sich für die Langzeitüberwachung von Patient*innen nach 

Beqvez
®
-Therapie? 

Existiert bereits ein Register zur Dokumentation österreichischer Patient*innen oder ist die Imple-

mentierung eines solchen Systems geplant? 

Wie sollte die Nachsorge strukturiert werden, um mögliche Langzeit-Nebenwirkungen systematisch 

zu erfassen und adäquat zu behandeln? 

Steht den Patient*innen eine psychologische Betreuung zur Verfügung und wie ist diese in das Be-

handlungskonzept integriert? 

Welche klinischen, laborchemischen und bildgebenden Parameter sind für eine aussagekräftige Lang-

zeitbeobachtung der Patient*innen essentiell? 
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Table 3-1: Risk of bias (non-randomised studies other than uncontrolled trials, cross-sectional studies and case series) report at study level (IHE checklist) [2] 

 

1
 Patients were recruited from BENEGENE-1 study at once. 

2
 Important details like previous bleeding patterns, target joint severity scores and duration of the disease. Additionally, previous treatment patterns were not comprehensively 

described. Also, there is a difference between the severity of the disease as defined by the inclusion criteria of the study and the severity defined by the World Federation of Hemophilia. 

3
 Important details like previous bleeding patterns, target joint severity scores, duration of the disease and distribution of patients based on the severity were not reported. Additionally, 

previous treatment patterns were not comprehensively described. Also, there is a difference between the severity of the disease as defined by the inclusion criteria of the study and 

the severity defined by the World Federation of Hemophilia. 

4
 Patients were allowed FIX replacement therapy. The specific type and quantity of FIX therapy used was not described. There was also variability in the application and timing of 

corticosteroids. 
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Abbreviations: EPAR: European public assessment report, FIX: factor IX.  

 

 

5
 The study was open-label. 

6
 Additionally, there are documented differences in the measurement of factor IX activity through one-stage and chromogenic assay [3]. This issue is described in the EPAR of 

BEQVEZ as well [4]. 

7
 Not clear if the ABR was measured in the same way as in BENEGENE-1 study, which provided the baseline values. Moreover, pre-intervention measurement period (6 months) in 

BENEGENE-1 study was relatively short for a chronic condition. 

8
 While generally appropriate, the non-inferiority margin of 3.0 for annual bleeding rate seems large and its clinical justification is not well explained. Additionally, the primary 

endpoint changed throughout the study. 

9
 While 15 months may be sufficient for initial efficacy assessment, it is inadequate for evaluating long-term safety and durability of effect for a one-time genetic intervention. 

http://hta.lbg.ac.at/


 

Table 3-2: Summary table characterising the applicability the included study  
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Table 3-3: Critical Appraisal of ITC studies according to ISPOR Guideline 2011 [5], PRISMA extension statement for 

reporting of systematic reviews incorporating network meta-analyses [6] 

• Section 

Merla et al. 

2024 &  

Thakkar et. 

al. 2024 

(Poster & 

Abstract) 

Submission 

Dossier 2025 

CADTH 

2024 

Klamroth 

et al. 2024 

Abbreviations: ITC: indirect treatment comparison. 
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Table 4-1: Unit cost data 

Average unit costs Range Reference 
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Average unit costs Range Reference 

Abbreviations: AT: Austrian, BIA: budget impact analysis, CADTH: Canadian Agency for Drugs and Technologies in Health, EKO: Erstattungskodex, pat: patient, SoC: standard of care, yr: 

year 
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Table 5-1: Economic evaluation of Fidanacogene elaparvovec 

Author, year 

[reference] 
Country 

Intervention anc 

comparator 

Target 

population 

(base case) 

Economic 

evaluation 
Model 

Perspective 

and time 

horizon 

Utility values 
Severity 

modifier 

Discoun

t rate 

Model assumptions 

and limitations 

• 

• 

• 
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Author, year 

[reference] 
Country 

Intervention anc 

comparator 

Target 

population 

(base case) 

Economic 

evaluation 
Model 

Perspective 

and time 

horizon 

Utility values 
Severity 

modifier 

Discoun

t rate 

Model assumptions 

and limitations 
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Author, year 

[reference] 
Country 

Intervention anc 

comparator 

Target 

population 

(base case) 

Economic 

evaluation 
Model 

Perspective 

and time 

horizon 

Utility values 
Severity 

modifier 

Discoun

t rate 

Model assumptions 

and limitations 

Abbreviations: AE: adverse event, CADTH - Canadian Agency for Drugs and Technologies in Health, CAN – Canada, NR – Not reported, EHL: extended half-life, FIX: factor IX, Ly: life-year, 

nAb: neutralising antibody, QALY: quality-adjusted life year, SHL: standard half-life 

* Costs converted from $ (2023) to € (2024) with the CCEMG - EPPI-Centre Cost Converter (https://eppi.ioe.ac.uk/costconversion/default.aspx). 
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Table 5-2: Main results of the included economic evaluations 

Author, year 

[reference] 
Country 

Incremental costs 

(base-case) 

Incremental 

effects 

(base-case) 

ICER 

(base-case) 

CE-threshold 

applied 

(base-case) 

Sensitivity and scenario 

analyses 
Reflection 

• 

• 

• 

• 

• 

• 

• 

• 

• 

• 

• 

• 

• 

• 
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Author, year 

[reference] 
Country 

Incremental costs 

(base-case) 

Incremental 

effects 

(base-case) 

ICER 

(base-case) 

CE-threshold 

applied 

(base-case) 

Sensitivity and scenario 

analyses 
Reflection 

Abbreviations: ABR: annualised bleeding rate, AE: adverse event, CADTH - Canadian Agency for Drugs and Technologies in Health, CAN – Canada, NR – Not reported, EHL: extended half-

life, FIX: factor IX, QALY: quality-adjusted life year, SHL: standard half-life 

 * Costs converted from $ (2023) to € (2024) with the CCEMG - EPPI-Centre Cost Converter (https://eppi.ioe.ac.uk/costconversion/default.aspx). 

 

http://hta.lbg.ac.at/
https://eppi.ioe.ac.uk/costconversion/default.aspx


 

Table 6-1: Clinical trials using fidanacogene elaparvovec for haemophilia B (as of 12/2024) 

ClinicalTrials.

gov ID 

Primary 

investigator 
Condition 

Phas

e 
Participants 

Study 

Start 

(Actual) 

Primary 

Completion 

(Estimated) 

Collaborators 
Type of 

sponsor 
Link to clinicaltrials.gov 

Table 6-2:Studies of fidanacogene elaparvovec for haemophilia B 

http://hta.lbg.ac.at/
https://clinicaltrials.gov/study/NCT01620801
https://clinicaltrials.gov/study/NCT01620801
https://clinicaltrials.gov/study/NCT02484092
https://clinicaltrials.gov/study/NCT02484092
https://clinicaltrials.gov/study/NCT03307980
https://clinicaltrials.gov/study/NCT03307980
https://clinicaltrials.gov/study/NCT03861273
https://clinicaltrials.gov/study/NCT03861273
https://clinicaltrials.gov/study/NCT05568719
https://clinicaltrials.gov/study/NCT05568719
https://www.nejm.org/doi/10.1056/NEJMoa2302982?url_ver=Z39.88-2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200pubmed
https://www.nejm.org/doi/10.1056/NEJMoa2302982?url_ver=Z39.88-2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200pubmed
https://www.nejm.org/doi/10.1056/NEJMoa2302982?url_ver=Z39.88-2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200pubmed
https://www.nejm.org/doi/10.1056/NEJMoa2302982?url_ver=Z39.88-2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200pubmed
https://www.nejm.org/doi/10.1056/NEJMoa2302982?url_ver=Z39.88-2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200pubmed
https://www.nejm.org/doi/10.1056/NEJMoa2302982?url_ver=Z39.88-2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200pubmed


• 

http://hta.lbg.ac.at/
https://pubmed.ncbi.nlm.nih.gov/38863155/
https://pubmed.ncbi.nlm.nih.gov/38863155/


‐

• 

http://hta.lbg.ac.at/
https://pubmed.ncbi.nlm.nih.gov/33636038/
https://pubmed.ncbi.nlm.nih.gov/33636038/


• 

http://hta.lbg.ac.at/
https://pubmed.ncbi.nlm.nih.gov/29211678/
https://pubmed.ncbi.nlm.nih.gov/29211678/


• 

http://hta.lbg.ac.at/
https://pubmed.ncbi.nlm.nih.gov/16474400/
https://pubmed.ncbi.nlm.nih.gov/16474400/


• 

http://hta.lbg.ac.at/
https://pmc.ncbi.nlm.nih.gov/articles/PMC4278802
https://pmc.ncbi.nlm.nih.gov/articles/PMC4278802


http://hta.lbg.ac.at/


• 

http://hta.lbg.ac.at/
https://pubmed.ncbi.nlm.nih.gov/25568350/
https://pubmed.ncbi.nlm.nih.gov/25568350/


  

http://hta.lbg.ac.at/


Table 6-3: Financing/patent deals/licensing/funding rounds of all companies involved in the development of fidanacogene elaparvovec (fidanacogene elaparvovec specific information in 

colour) 

Type of 

financing 

Details on collaboration, financing, 

public funding 
Year 

Amount (in 

USD) 

Funders/investors/ 

acquiror 
Source 

http://hta.lbg.ac.at/
https://www.biospace.com/spark-therapeutics-and-combigene-enter-into-exclusive-global-licensing-agreement-for-gene-therapy-candidate-cg01
https://www.biospace.com/spark-therapeutics-and-combigene-enter-into-exclusive-global-licensing-agreement-for-gene-therapy-candidate-cg01
https://www.fiercepharma.com/pharma/pfizer-scores-fda-nod-hemophilia-b-gene-therapy-will-charge-35m-dose
https://www.fiercepharma.com/pharma/pfizer-scores-fda-nod-hemophilia-b-gene-therapy-will-charge-35m-dose
https://www.biopharmadive.com/news/spark-sells-regulatory-fast-pass-to-jazz-for-110m/522475/
https://www.biopharmadive.com/news/spark-sells-regulatory-fast-pass-to-jazz-for-110m/522475/
https://www.biospace.com/spark-therapeutics-announces-pricing-of-350-0-million-public-offering
https://www.biospace.com/spark-therapeutics-announces-pricing-of-350-0-million-public-offering
https://www.tcd.ie/news_events/articles/trinitys-gene-medicine-spin-off-genable-technologies-sold-to-spark-therapeutics/
https://www.tcd.ie/news_events/articles/trinitys-gene-medicine-spin-off-genable-technologies-sold-to-spark-therapeutics/
https://www.fiercebiotech.com/biotech/spark-therapeutics-announces-acquisition-of-genable-technologies
https://www.fiercebiotech.com/biotech/spark-therapeutics-announces-acquisition-of-genable-technologies
https://www.fiercebiotech.com/r-d/spark-nails-a-161m-ipo-to-fund-its-breakthrough-gene-therapy
https://www.fiercebiotech.com/r-d/spark-nails-a-161m-ipo-to-fund-its-breakthrough-gene-therapy


Type of 

financing 

Details on collaboration, financing, 

public funding 
Year 

Amount (in 

USD) 

Funders/investors/ 

acquiror 
Source 

http://hta.lbg.ac.at/
https://www.fiercepharma.com/pharma/pfizer-scores-fda-nod-hemophilia-b-gene-therapy-will-charge-35m-dose
https://www.fiercepharma.com/pharma/pfizer-scores-fda-nod-hemophilia-b-gene-therapy-will-charge-35m-dose
https://www.prnewswire.com/news-releases/spark-therapeutics-launched-with-50-million-in-financing-to-advance-late--and-mid-stage-gene-therapy-programs-with-clinical-proof-of-concept-228752221.html
https://www.prnewswire.com/news-releases/spark-therapeutics-launched-with-50-million-in-financing-to-advance-late--and-mid-stage-gene-therapy-programs-with-clinical-proof-of-concept-228752221.html
https://www.prnewswire.com/news-releases/spark-therapeutics-launched-with-50-million-in-financing-to-advance-late--and-mid-stage-gene-therapy-programs-with-clinical-proof-of-concept-228752221.html
https://www.fiercebiotech.com/venture-capital/gene-therapy-upstart-launches-50m-and-long-term-commercial-goals
https://www.fiercebiotech.com/venture-capital/gene-therapy-upstart-launches-50m-and-long-term-commercial-goals
https://www.prnewswire.com/news-releases/spark-therapeutics-raises-728-million-in-oversubscribed-financing-260806381.html
https://www.prnewswire.com/news-releases/spark-therapeutics-raises-728-million-in-oversubscribed-financing-260806381.html
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/10439608
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/10439608
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/10175003
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/10175003
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/10083221
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/10083221
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9846245
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9846245
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9846245
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9846245
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9844491
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9844491
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9769860
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9769860
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9846245
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9846245
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9618256
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9618256
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9637419
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9637419
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9416300
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9416300


Type of 

financing 

Details on collaboration, financing, 

public funding 
Year 

Amount (in 

USD) 

Funders/investors/ 

acquiror 
Source 

http://hta.lbg.ac.at/
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9391192
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9391192
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9198569
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9198569
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9027334
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/9027334
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8876764
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8876764
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8876763
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8876763
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8876762
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8876762
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8691968
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8691968
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8691967
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8691967
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8691966
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8691966
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8502301
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8502301
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8502298
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8502298
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8502297
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8502297
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8379637
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8379637
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8379634
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8379634
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8313853
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8313853
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8185350
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8185350
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8185314
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8185314
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8185311
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8185311
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8153509
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/8153509


Type of 

financing 

Details on collaboration, financing, 

public funding 
Year 

Amount (in 

USD) 

Funders/investors/ 

acquiror 
Source 

http://hta.lbg.ac.at/
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7817146
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7817146
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7817144
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7817144
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7817143
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7817143
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7617705
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7617705
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7617703
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7617703
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7546648
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7546648
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7435223
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7435223
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7417868
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7417868
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7417866
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7417866
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7371308
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7371308
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7312516
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7312516
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7246535
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7246535
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7078208
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7078208
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7041815
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/7041815
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6959252
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6959252
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6861051
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6861051
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6832799
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6832799
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6704238
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6704238
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6700770
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6700770


Type of 

financing 

Details on collaboration, financing, 

public funding 
Year 

Amount (in 

USD) 

Funders/investors/ 

acquiror 
Source 

http://hta.lbg.ac.at/
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6640706
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6640706
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6622916
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6622916
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6556362
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6556362
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6497029
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6497029
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6459176
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6459176
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6446532
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6446532
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6410597
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6410597
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6410594
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6410594
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6390210
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6390210
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6330198
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6330198
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6313241
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6313241
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6313238
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6313238
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6184564
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6184564
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6041488
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6041488
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6056585
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/6056585
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2771392
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2771392
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2762478
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2762478
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2519457
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2519457
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2231711
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2231711


Type of 

financing 

Details on collaboration, financing, 

public funding 
Year 

Amount (in 

USD) 

Funders/investors/ 

acquiror 
Source 

Abbreviation: NHLBI: National Heart Lung and Blood Institute, NCRR: National Center for Research Resources, NIAID: National Institute of Allergy and Infectious Diseases 

 

  

http://hta.lbg.ac.at/
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2231710
https://reporter.nih.gov/search/Ho2n35ZqUU2GUSY9g4bTRQ/project-details/2231710
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8882512
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8882512
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8677943
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8677943
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8501629
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8501629
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8389602
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8389602
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8287104
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8287104
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8231434
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8231434
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8115643
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/8115643
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7995962
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7995962
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7754692
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7754692
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7616449
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7616449
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7565700
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7565700
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7413581
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7413581
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7228815
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7228815
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7058847
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/7058847
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/6869183
https://reporter.nih.gov/search/rJStlJUSoUOm5kGOIH_KNA/project-details/6869183


Table 6-4: 10 biggest shareholders of Pfizer (information extracted from ORBIS) 

Current shareholders

Name of firm Country ID Type 
Ownership 

Information as of Date 

 

Table 6-5 Pfizer/Spark Therapeutics key financial information from 2014 to 2019 

 

http://hta.lbg.ac.at/


 

[1] Male C, Ay C, Crevenna R and et al. Hämophilie-Behandlung in Österreich. Wien Klin Wochenschr 

(2024) 136 (Suppl 4):S75–S102 

https://doiorg/101007/s00508-024-02370-0. 2024. 

[2] (IHE) I. o. H. E. Quality Appraisal of Case Series Studies Checklist. Edmonton (AB): Institute of 

Health Economics. 2014. Available from: https://www.ihe.ca/research-programs/rmd/cssqac/cssqac-

about. 

[3] Cuker A., Kavakli K., Frenzel L., Wang J. D., Astermark J., Cerqueira M. H., et al. Gene Therapy with 

Fidanacogene Elaparvovec in Adults with Hemophilia B. New England Journal of Medicine. 

2024;391(12):1108-1118. Epub 2024/09/25 22:18. DOI: 10.1056/NEJMoa2302982. 

[4] European Medicines Agency (EMA). Assessment report. Durveqtix. 2024 [cited 2024-12-09]. Available 

from: https://www.ema.europa.eu/en/documents/assessment-report/durveqtix-epar-public-

assessment-report_en.pdf. 

[5] Jansen J. P., Fleurence R., Devine B., Itzler R., Barrett A., Hawkins N., et al. Interpreting indirect 

treatment comparisons and network meta-analysis for health-care decision making: report of the 

ISPOR Task Force on Indirect Treatment Comparisons Good Research Practices: part 1. Value in 

Health. 2011;14(4):417-428. DOI: 10.1016/j.jval.2011.04.002. 

[6] Hutton B., Salanti G., Caldwell D. M., Chaimani A., Schmid C. H., Cameron C., et al. The PRISMA 

extension statement for reporting of systematic reviews incorporating network meta-analyses of health 

care interventions: checklist and explanations. Ann Intern Med. 2015;162(11):777-784. DOI: 

10.7326/M14-2385. 

[7] Canadian Agency for Drugs and Technologies in Health. Fidanacogene Elaparvovec (Beqvez) - 

CADTH Reimbursement Review. Journal. 2024;4(6)(6). Epub Epub Date. Original Publication. DOI: 

https://www.ncbi.nlm.nih.gov/books/NBK605541/. 

 

 

 

http://hta.lbg.ac.at/
https://doiorg/101007/s00508-024-02370-0
https://www.ihe.ca/research-programs/rmd/cssqac/cssqac-about
https://www.ihe.ca/research-programs/rmd/cssqac/cssqac-about
https://www.ema.europa.eu/en/documents/assessment-report/durveqtix-epar-public-assessment-report_en.pdf
https://www.ema.europa.eu/en/documents/assessment-report/durveqtix-epar-public-assessment-report_en.pdf
https://www.ncbi.nlm.nih.gov/books/NBK605541/




 

 


