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Recent Publications on Hemophilia B: PLI bWE’d

» Proteasome Inhibitors Decrease AAV2 Capsid derived Peptide Epitope Presentation on MHC Class |
Following Transduction.

Adeno-associated viral (AAV) vectors are an extensively studied and highly...12th November, 2009
Department of Pediatrics, Division of Hematology, The Children's Hospital- Mol Ther. 2009 Nov 10. (
DOI Direct Link)

» Genotype analysis identifies the cause of the "royal disease".

The "royal disease," a blood disorder transmitted from Queen Victoria to...10th October, 2009
University of Massachusetts Medical School, 303 Belmont Street, Worcester,- Science. 2009 Nov
6;326(5954):817. Epub 2009 Oct 8. (DOI Direct Link)

» The Jeremiah Metzger Lecture: gene therapy for inherited disorders: from Christmas disease to Leber's

amaurosis.

This paper will focus on recent developments in the field of gene therapy...22nd September, 2009
3615 Civic Center Boulevard, 302D Abramson Pediatric Research Center,- Trans Am Clin Climatol
Assoc. 2009;120:331-59.

» Therapeutic properties and safety of recombinant factor VIII and factor IX.

Advances in hemophilia management in the 20th century enabled effective...18th September, 2009
Department of Hematology, Jagiellonian University School of Medicine,- Pol Arch Med Wewn. 2009
Jun;119(6):403-9.

* Novel human pathological mutations. Gene symbol: F9. Disease: Haemophilia B.

Advances in hemophilia management in the 20th century enabled effective...9th September, 2009
Medical Genetics, Centre of Excellence in Molecular Biology, Lahore,- Hum Genet. 2009
Aug;126(2):332.

» [Hemorrhagic parapneumonic effusion in a 64 year-old patient as the first symptom of hemophilia B]
Hemophilia B is an inherited, X chromosome-linked disease. It is usually...9th September, 2009
Katedra i Klinika Chorob Wewnetrznych, Pneumonologii i Alergologii- Pneumonol Alergol Pol.
2009;77(3):320-6.

» Spectrum of inherited bleeding disorders in southern Iran, before and after the establishment of
comprehensive coagulation laboratory.

The objective of the present study was to determine the pattern of...28th August, 2009
Hematology Research Center, Shiraz University of Medical Sciences, Shiraz,- Blood Coagul
Fibrinolysis. 2009 Aug 25. (DOI Direct Link)

» Hemophilia B is a quasi-quantitative condition with certain mutations showing phenotypic plasticity.

Hemophilia B has been considered as a classical monogenic disorder with...25th August, 2009
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Functional Genomics Unit, Institute of Genomics and Integrative Biology,- Genomics. 2009 Aug 19. (
DOl Direct Link)

» [Double mutation, a 2-bp deletion and Val211lle, in the blood coagulation factor IX gene of a patient

with severe hemophilia B]

Hemophilia B is an X-linked bleeding disorder caused by the absence or...15th August, 2009
Department of Molecular Genetics of Coagulation Disorders, Tokyo Medical- Rinsho Byori. 2009
May;57(5):417-24.

* [Trends in development of self-complementary adeno-associated virus vector]
Numerous studies and clinical trials have demonstrated the efficacy of...13th August, 2009
Institute of Molecular Medicine, Huagiao University, Fujian 362021, China.- Sheng Wu Gong Cheng
Xue Bao. 2009 May;25(5):658-64.

» Impact of the underlying mutation and the route of vector administration on immune responses to factor
IX in gene therapy for hemophilia B.

Immune responses to factor IX (F.IX), a major concern in gene therapy for...16th July, 2009
Department of Pediatrics, University of Florida, Gainesville, Florida- Mol Ther. 2009
Oct;17(10):1733-42. Epub 2009 Jul 14. (DOI Direct Link)

» Abnormal hemostasis in a knock-in mouse carrying a variant of Factor IX with impaired binding to
collagen type IV.

Summary Background: FIX binds to collagen type IV but this binding has no...9th July, 2009
Department of Biology, University of North Carolina at Chapel Hill, Chapel- J Thromb Haemost. 2009
Jul 6. (DOI Direct Link)

» Prophylactic immune tolerance induced by changing the ratio of antigen-specific effector to regulatory T
cells.

BACKGROUND: Gene and protein replacement therapies for inherited protein...9th July, 2009
Department of Pediatrics, University of Florida, Gainesville, FL 32610,- J Thromb Haemost. 2009
Sep;7(9):1523-32. Epub 2009 Jul 6. (DOI Direct Link)

» Changes in a hemophilic pseudotumor of the mandible that developed over a 20-year period.
BACKGROUND: Gene and protein replacement therapies for inherited protein...7th July, 2009
Department of Oral and Maxillofacial Surgery, Dental Hospital, East-West- J Oral Maxillofac Surg. 2009

Jul;67(7):1516-20. (DOI Direct Link)

BioNews Results for Hemophilia B

* Clinical Exposures: Hemophilia A in a Maltese dog
Thomson Veterinary Healthcare Communications: Nov 11 2009 6:03AM Matching: hemophilia b

* BAC signs licensing agreement with Octapharma
Therapeutics Daily: Nov 6 2009 12:20PM Matching: hemophilia b

» PTC Therapeutics Initiates Phase 2 Clinical Trial of ataluren (PTC124(R)) in Patients with Hemophilia
PR Newswire: Oct 28 2009 12:33PM Matching: hemophilia b

» PTC Therapeutics Initiates Phase 2 Clinical Trial of ataluren (PTC124(R)) in Patients with Hemophilia
Genetic Engineering News: Oct 28 2009 9:34AM Matching: hemophilia b

» PTC Therapeutics Initiates Phase 2 Clinical Trial Of Ataluren (PTC124(R)) In Patients With Hemophilia

Medical News Today: Oct 27 2009 8:52AM Matching: hemophilia b

» Medical News: PTC Therapeutics Initiates Phase 2 Clinical Trial Of Ataluren (PTC124(R)) In Patients
With Hemophilia
Medical News Today: Oct 27 2009 12:29PM Matching: hemophilia b

» Phase 2a clinical trial in nonsense mutation hemophilia A and hemophilia B initiated
News-Medical.Net: Oct 26 2009 1:13PM Matching: hemophilia b

» PTC Therapeutics Initiates Phase 2 Clinical Trial of ataluren (PTC124) in Patients with Hemophilia
Pharma Live: Oct 26 2009 10:49PM Matching: hemophilia b
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* PTC Therapeutics Initiates Phase 2 Clinical Trial of ataluren (PTC124(R)) in Patients with Hemophilia
SmartBrief: Oct 26 2009 1:27PM Matching: hemophilia b

» PTC Therapeutics Initiates Phase 2 Clinical Trial of ataluren (PTC124(R)) in Patients with Hemophilia
NewsBlaze: Oct 26 2009 12:24PM Matching: hemophilia b

» Biogen ldec and Biovitrum Announce Decision to Advance Long-Acting Hemophilia B Therapy into a
Reqgistrational
Pharma Live: Oct 21 2009 11:30PM Matching: hemophilia b

» Biogen ldec and Biovitrum to initiate hemophilia trial
Pharmacy Choice: Oct 22 2009 12:18AM Matching: hemophilia b

» Biogen Idec and Biovitrum Announce Decision to Advance Long-Acting Hemophilia B Therapy into a
Reaqistrational
Bionity.com: Oct 22 2009 8:12AM Matching: hemophilia b

» Biogen Idec and Biovitrum Announce Decision to Advance Long-Acting Hemophilia B Therapy into a
Reqistrational
PharmiWweb: Oct 21 2009 11:30AM Matching: hemophilia b

» Biogen Idec and Biovitrum to initiate hemophilia trial
Individual.com: Oct 21 2009 1:55PM Matching: hemophilia b

Hemophilia B Clinical Trials:

» Study Evaluating BENEFIX in Previously Treated Patients With Hemophilia B

Hemophilia B Patents:

» 7491537- Nucleic acid formulations for gene delivery and methods of use

e 7517974~ Factor VIl or Vlla-like molecules

» 7524501- Methods of treating an injury to, or disorder of, the eye involving photoreceptor proliferation by
administering VEGF2 antibodies

» 7524931- Full-length interferon gamma polypeptide variants

» 7531353- Non self-inactivating, expression targeted retroviral vectors

e 7531524- Modulators of coagulation factors with enhanced stability

» 7534761- Charged peptide-amphiphile solutions and self-assembled peptide nanofiber networks formed
therefrom

» 7534774- Traversal of nucleic acid molecules through a fluid space and expression in repair cells

» 7544514- Method and system for determining platelet-mediated clot formation

» 7544660- Factor VIl polypeptide having factor VIII:C activity

» 7544661- Self-assembling peptide amphiphiles and related methods for growth factor delivery
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» 7517972- Nucleic acid sequences encoding a bitter taste receptor, T2R76

e 7517863- Enhanced secretion/retention of growth hormone releasing hormone (GHRH) from muscle
cells by species-specific signal peptide

» 7511811- Pulsed-multiline excitation for color-blind fluorescence detection

» 7491690- Self-assembly and mineralization of peptide-amphiphile nanofibers

» 7494978- Peptides acting as both GLP-1 receptor agonists and glucagon receptor antagonists and their
pharmacological methods of use

» 7498417- Antibodies to vascular endothelial growth factor 2 and methods of using same

» 7501251- DNA diagnostics based on mass spectrometry

» 7504221- Pyrophosphorolysis activated polymerization (PAP)

» 7504237- Polynucleotides encoding interferon gamma polypeptides

» 7507714- Pituitary adenylate cyclase activating peptide (PACAP) receptor 3 (R3) agonists and their
pharmacological methods of use

» 7510875- Methods for producing purified adenoviral vectors

» 7510881- Method and kit for the quantitative and/or qualitative detection of components in a sample

» 7511024- Factor VIl or VIIA-like molecules

» 7550143- Methods for generating stably linked complexes composed of homodimers, homotetramers or
dimers of dimers and uses

» 7553627- Process for high throughput DNA methylation analysis

» 7576189- Antibodies to human vascular endothelial growth factor 2 and methods of using the same

» 7579326- Gene switch systems employing regulators with decreased dimerization

» 7579444- Polymer-factor IX moiety conjugates

» 7582745- Compositions and methods for inhibiting expression of Nav1.8 gene

» 7592014- Stabilized viral envelope proteins and uses thereof

» 7598056- Factor VIl or VIIA-like molecules

» 7598060- Rapid analysis of variations in a genome

* 7611869- Multiplexed methylation detection methods

» 7612033- Methods for delivering compounds into a cell

» 7612188- Modified vitamin K. dependent polypeptides

» 7576181- Method of administering porcine B-domainless fVIII

» 7575897- Highly phosphorylated and sulfated recombinant factor 1X

» 7572886- Death associated proteins, and THAP1 and PAR4 pathways in apoptosis control

» 7553934- Modified vitamin K-dependent polypeptides

» 7553935- Modified vitamin K-dependent polypeptides

» 7553936- Anti-TREM-like transcript-1 (TLT-1) antibodies and compositions

» 7553940- Long-acting EPO polypeptides and derivatives thereof and methods thereof

» 7553941- Long-acting polypeptides and methods of producing same

e 7554021- Composition and method for self-assembly and mineralization of peptide amphiphiles

» 7563459- Methods and compositions for regenerating tissue

» 7566565- PC5 as a factor |X propeptide processing enzyme

» 7566567- Immortalized hepatocytes

» 7572619- Recombinant blood clotting factors

» 7615537- Methods for treating blood coagulation disorders

*k*k

Resources from the NCBI used in this document, NCBI's standard disclaimer applies.

Nothing in this document should be used in place of personal medical advice from your own qualified medical
practitioner. See BioPortfolio.com User Agreement
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