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B. Moghimi et al (Gainesville, FL, USA)
Novel tolerance protocol for factor VIII

e Neues Immuntolerenzprotokoll flr Faktor
V111 beil hamophilen Mausen:

e Rapamycin im Futter fur vier Wochen vor
Gabe von Faktor VIII

— Keine Inhibitorbildung
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S. Madoiwa et al (Shimotsuke, Japan)
Intrathymic administration of F V111 res

Immune tolerance by induction of T

 [njektion von rec F VIII in Thymus von
hamophilen Mausen

» Wesentlich niedrigere Inhibitor Titer

— Immuntoleranz durch F VIlI-spezifische
TREGS




J. Sun et al (Chapel Hill, NC, USA)
TNF-o antagonists augment factor
replacement to prevent arthropathy

* Beil hamophilen Mausen verhindert friihzeitige anti-
TNF o Gabe die hamophile Arthropathie
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S. Dhadwar et al (Hamilton, Kanada)
Oral administration of chitosan FVIII D

nanoparticles results in FVIII antigen |

e Orale Gabe von Chitosan Nanopartikeln mit
DNA flhrte bei hamophilen Mausen zu

o Faktor VIII Proteinnachwels im Blut und
« verminderter Blutungszeit




J. Gilles et al (Leuven, Belgien)
Neutralisation of a C2 domain-specific h

anti-F VIII inhibitor by an anti-idiotypi

« Entwicklung eines Antikorpers gegen
FVII-AK

e verminderter Blutungszeit



H. Lee et al
Production of recombinant human vVWF |

milk of transgenic pigs

 Rekombinanter vVWF konnte aus der Milch v
transgenen Schweinen gewonnen werden




P. Gueguen et al. (Marseille, Frankreich)
Development of a novel tenase-bypassi

agent with a prolonged half-life in vi

« Synthetischer F X fuhrt bel hamophilen Mau
zur Thrombusbildung

o FX hat langere Halbwertszeit (40 h) als rFVIla

endogenes System

Faktor Xll —=Faktor Xlla

Xla




T. Liu et al. (Richmond, VA, USA)

Novel rFVIla variant (BAY86-61

* Neuer rFVIla bel hamophilen Mausen
* In niedrigeren Dosen wirksam
 |angere Halbwertzeit

endogenes System

Faktor Xll —=Faktor Xlla

Xla




Strategien fur langer wirkenden F VI I'

* PEG enthaltender liposomaler Trager fur Kogenate
— 32 PTPs (35 1U/kg) 1*, dann 7 Tage Pause

— Verlangert Zeit bis zur nachsten Blutung
(a)

Hydrophobic layer

m
Liposome .‘ S -
Hydrophilic surfaces surface , ‘ ..

Agqueous core
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Kogenate Liplong Study - BAY 79-4980 Compared to rFVIII-FS in Previously Treated Patients With Severe Hemophilia A

This study is currently recruiting participants.
Verified by Bayer, July 2009

First Received: January 9, 2008 Last Updated: July 31, 2009 History of Changes

Sponsor: | Bayer

Information provided by: | Bayer
ClinicalTrials.gov Identifier: | NCT00623727

B Purpose

A study to assess treatment with a new formulation of recombinant factor VIl reconstituted with liposomes (Bay 79-4980) to evaluate whether a once-a-week treatment is safe and can prevent bleeds in
subjects with severe haemophilia A.

Condition Intervention Phase

Hemophilia A Drug: BAY 79-4980 Phase |l
Drug: BAY 14-2222

Study Type: Interventional
Study Design: Treatment, Randomized, Double Blind (Subject, Caregiver, Investigator, Outcomes Assessor), Active Control, Parallel Assignment, Safety/Efficacy Study

Official Title: Randomized, Active-controlled, Double-blind, Parallel Design Study to Evaluate the Efficacy and Safety of a Once-a-week Prophylaxis Treatment With BAY 79-4980 Compared to Three
Times-per-week Prophylaxis With rFVIII-FS in Previously Treated Patients With Severe Hemophilia A

Further study details as provided by Bayer:

Primary Outcome Measures:

« The primary efficacy variable will be the percentage of subjects with less than 9 total bleeds per year. [ Time Frame: 1 year ] [ Designated as safety issue: Mo ]

Secondary Outcome Measures:
o Number of Bleeds, [ Time Frame: 1 year ] [ Designated as safety issue: No ]
« Treatment of bleeds, [ Time Frame: 1 year ] [ Designated as safety issue: Mo |
« Consumption of FWIIl, [ Time Frame: 1 year ] [ Designated as safety issue: No ]
* Quality of life [ Time Frame: 1 year ] [ Designated as safety issue: No |

Estimated Enrollment: 260

Study Start Date: June 2008

Estimated Study Completion Date:  December 2010

Estimated Primary Completion Date: December 2010 (Final data collection date for primary outcome measure)

Arms Assigned Interventions
Arm 1: Experimental Drug: BAY 79-4980

35 IU/kg body weight IV 1x/week for 52 weeks

Arm 2: Active Comparator Drug: BAY 14-2222
25 1Ulkg body weight IV 3x/week for 52 weeks
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Safety and Efficacy of 3 Different Doses of Long Acting Factor VIl in Haemophilia A or B Patients With Inhibitors

This study is currently recruiting participants.
Verified by Novo Nordisk, November 2009

First Received: August 3, 2009 Last Updated: November 2, 2009 History of Changes

Sponsor: | Novo Nordisk

Information provided by: | Novo Nordisk
ClinicalTrials.gov Identifier:  NCT00951405

P Purpose

This trial is conducted in Asia, Europe, Japan and North America. The aim of this clinical trial is to investigate the safety and the efficacy of a prophylactic treatment option with long acting coagulation
factor VII (LA-rFVlla) for haemophilia patients with inhibitors.

Condition Intervention Phase

Haemophilia A or B With Inhibitors Drug: activated recombinant human factor VII, long acting Phase Il

Study Type: Interventional
Study Design: Prevention, Randomized, Double Blind {Subject, Investigator), Dose Comparison, Parallel Assignment, Safety/Efficacy Study

Official Title:  An Exploratory Multi-Centre, Multi-Mational, Randomised, Double Blinded, Parallel Arm Trial Evaluating Safety, Pharmacokinetics and Dose-finding of Prophylactic Administration of Long
Acting rFVlla (LA-rFWlla) in Haemophilia A or B Patients With Inhibitors

Further study details as provided by Novo Nordisk:

Primary Outcome Measures:

« Thrombogenecity [ Time Frame: at all scheduled visits (1- 9) ] [ Designated as safety issue: Yes |

* Immunogenecity: Neutralising Antibody Development [ Time Frame: at all scheduled visits (1 - 9) ] [ Designated as safety issue: Yes ]

Arms Assigned Interventions

A Drug: activated recombinant human factor VI, long acting

Experimental After an obsemvation peried of 3 months, every 2nd day intravenous (i.v.) injection with 25 microgrammes/kg activated recombinant human factor VI, long acting, for 3
months

B: Drug: activated recombinant human factor VI, long acting

Experimental After an observation period of 3 months, every 2nd day intravenous (i.v.) injection with 100 microgrammes/kg activated recombinant human factor VII, long acting, for
3 months

C: Drug: activated recombinant human factor VII, long acting

Experimental After an obsemvation period of 3 months, every 2nd day intravenous (i.v.) injection with 200 microgrammes/kg activated recombinant human factor VII, long acting, for
3 months
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Study of Recombinant Porcine Factor VIII (FVIIl) in Hemophilia and Inhibitors to FVIII

This study has been completed.

First Received: October 25, 2005 Last Updated: October 2, 2007 History of Changes

Sponsor: | Octagen Corporation
Collaborator: | Biomeasure Inc, lpsen Group
Information provided by: | Octagen Corporation
ClinicalTrials.gov Identifier: | NCT00245245

# Purpose

The ability of a new recombinant porcine coagulation factor VI, B-domain deleted (called "OBI-1"), to control the non-life- or limb-threatening bleeding episodes patients with hemaphilia A commaonly
develop is being evaluated. Patients with congenital hemophilia A and a low-titer (<20 Bethesda units [Bu]) inhibitory antibody to OBI-1, who meet the inclusion/exclusion criteria, will receive OBI-1 to treat
their soft tissue or joint bleeding episode. At least the first two treatment episodes will be performed in the controlled setting of the hemophilia center/clinic/office, where any side effects can be observed. If
the patient continues to meet the inclusion/exclusion criteria, has had no serious or severe adverse reactions to OBI-1, and has been in a home care program, the investigator may permit the patient to self-
administer OBI-1 at home to treat subsequent bleeding episodes. The study will continue at least until 12 or mare patients have received at least 24 treatment episodes in the aggregate.

Condition Intervention Phase

Hemophilia A Drug: recombinant porcine coagulation factor VIII (OBI-1) Phase Il

Study Type: Interventional
Study Design:  Treatment, Mon-Randomized, Open Label, Uncontrolled, Single Group Assignment, Safety/Eficacy Study

Official Title:  An Open-Label Study of the Hemostatic Activity, Pharmacokinetics and Safety of OBI-1 (B-Domain Deleted Recombinant Porcine FVIII). When Administered by Intravenous Injection, to
Caontrol Non-Life and Non-Limb Threatening Bleeding Episodes in Congenital Hemophilia A Patients With an Inhibitor to Human FVIII

Further study details as provided by Octagen Corporation:

Primary Outcome Measures:

+ The percentage of successful treatment episodes, defined as having achieved control of the bleeding episode within One Loading Dose and & or fewer Treatment Doses, with a dose
limit of 1000 U/kg in 24 hours

Secondary Outcome Measures:
* Adverse events and serious adverse events observed throughout course of study
« Pattern of inhibitory antibody response to OBI-1 following treatments
o The percentage of patients who continue to qualify because their anti-OBI-1 titer remains at 20 Bu or less
» Pharmacokinetics of OBI-1 when it is administered for treatment of a qualifying bleeding episode, in the absence of an inhibitory antibody to OBI-1

Estimated Enrollment: 12
Study Start Date: May 2005
Study Completion Date:  June 2007




L L Home Search Study Topics Glossary
Clinicallriols.zoy.

Study 1 of 1 for search of: nct00816660
Previous Study Return to Search Results Next Study

Full Text View Tabular View No Study Results Posted Related Studies

Pharmacokinetic, Safety and Tolerability Study of Recombinant Von Willebrand Factor / Recombinant Factor VIll Complex in Type 3
Von Willebrand Disease

This study is currently recruiting participants.
Verified by Baxter Healthcare Corporation, October 2009

First Received: January 2, 2009 Last Updated: October 15, 2009 History of Changes

Sponsor: | Baxter Healthcare Corporation

Information provided by: | Baxter Healthcare Corporation

ClinicalTrials.gov Identifier: | NCT00816660

# Purpose

The objectives of this study are to evaluate the immediate tolerability and safety of 'WWF:rFVIIl in subjects with Type 3 Von Willebrand Disease after administration of various dosages of VWF:RCo.

Condition Intervention Phase

Vaon Willebrand Disease Biological: Recombinant von Willebrand factor : recombinant FVII {VWE:rFVIIT Phase |
Biological: Marketed plasma-derived VIWWF/FVIII concentrate

Study Type: Interventional
Study Design: Randomized, Single Blind (Subject), Active Control, Crossover Assignment, Safety Study

Official Title:  Recombinant Von Willebrand Factor / Recombinant Factor VIl Complex (WWF:rFVII): A Phase 1 Study Evaluating the Pharmacokinetics (PK), Safety, and Tolerability in Type 3 Von
Willebrand Disease (VWD)

Further study details as provided by Baxter Healthcare Corporation:

Primary Outcome Measures:

* To demonstrate the immediate tolerability and safety after single-dose injections of r'VWF:rF\VIIl at various doses [ Time Frame: Up to 30 days after the last investigational product
infusion ] [ Designated as safety issue: Yes ]

Estimated Enrollment: K
Study Start Date: December 2008
Estimated Primary Completion Date:  March 2010 (Final data collection date for primary outcome measure)

Arms Assigned Interventions

1: Experimental Biological: Recombinant von Willebrand factor : recombinant FVIII ('VWF:rFWIIT
Single dose, dose escalation, various cohorts

2: Active Comparator Biological: Recombinant von Willebrand factor : recombinant FVIII {rVWE:rFWIIT
Single dose, dose escalation, various cohorts
Biological: Marketed plasma-derived VWF/FVIII concentrate
Cross-over: recombinant FVIIIl ("WWF:rFVIIl) and marketed plasma-derived VWF/FVIIl concentrate




	Update Hämophilie Behandlung
	Foliennummer 2
	B. Moghimi et al (Gainesville, FL, USA)�Novel tolerance protocol for factor VIII
	Prophylaxe
	S. Madoiwa et al (Shimotsuke, Japan)�Intrathymic administration of F VIII results in immune tolerance by induction of TREGs
	J. Sun et al (Chapel Hill, NC, USA)�TNF- antagonists augment factor replacement to prevent arthropathy
	S. Dhadwar et al (Hamilton, Kanada)�Oral administration of chitosan FVIII DNA nanoparticles results in FVIII antigen in blood
	J. Gilles et al (Leuven, Belgien)�Neutralisation of a C2 domain-specific human anti-F VIII inhibitor by an anti-idiotypic AB 
	H. Lee et al �Production of recombinant human vWF in the milk of transgenic pigs
	P. Gueguen et al. (Marseille, Frankreich)�Development of a novel tenase-bypassing agent with a prolonged half-life in vivo
	T. Liu et al. (Richmond, VA, USA)�Novel rFVIIa variant (BAY86-6150)
	Strategien für länger wirkenden F VIII 
	Foliennummer 13
	Foliennummer 14
	Foliennummer 15
	Foliennummer 16

