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Recent Publications on Gaucher Disease:  

                                       
 

 • Psychological aspects of patients with Fabry disease. 
 The Minnesota Muliphasic Personality Inventory (MMPI-2) is widely used in...20th November, 2009 
 Pacific Graduate School of Psychology at Palo Alto University, 1791- J Inherit Metab Dis. 2009 Oct 31.
(DOI Direct Link) 

• Effective desensitization to imiglucerase in a patient with type I Gaucher disease. 
 We describe a child who had anaphylactic hypersensitivity to imiglucerase...17th November, 2009 
 Department of Pediatrics, University of Verona, Verona, Italy.- J Pediatr. 2009 Dec;155(6):940-1. (DOI
Direct Link) 

• Substrate deprivation therapy in juvenile Sandhoff disease. 
 Substrate deprivation therapy has been successfully applied in a number of...10th November, 2009 
 Department of Paediatrics, Radboud University Nijmegen Medical Centre,- J Inherit Metab Dis. 2009
Nov 4. (DOI Direct Link) 

• ACOG Committee Opinion No. 442: Preconception and prenatal carrier screening for genetic diseases
in individuals of Eastern European Jewish descent. 
 Certain autosomal recessive disease conditions are more prevalent in...6th November, 2009 
- Obstet Gynecol. 2009 Oct;114(4):950-3. (DOI Direct Link) 

• Introduction to Brazilian Guidelines to Diagnosis, Treatment,and Monitoring for Gaucher Disease, Fabry
Disease, Mucopolysaccharidosis I, and Pompe Disease. 
 Chaperone therapy is a newly developed molecular approach to lysosomal...23rd October, 2009 
 Universidade Federal de Sao Paulo, Sao Paulo, Brazil- J Pediatr. 2009 Oct;155(4 Suppl):S9. 

• Chaperone Activity of Bicyclic Nojirimycin Analogues for Gaucher Mutations in Comparison with
N-(n-nonyl)Deoxynojirimycin. 
 Gaucher disease (GD), the most prevalent lysosomal storage disorder, is...16th October, 2009 
 Division of Child Neurology, Institute of Neurological Sciences, Faculty- Chembiochem. 2009 Oct
14;10(17):2780-2792. (DOI Direct Link) 

• Effort bruising disclosing Gaucher disease in a 55-year-old non-Jewish woman. 
 Gaucher disease (GD), the most prevalent lysosomal storage disorder, is...13th October, 2009 
 Hematology Center Karolinska, Karolinska University Hospital Huddinge,- J Inherit Metab Dis. 2009
Oct 11. (DOI Direct Link) 

• Gaucher Disease with Communicating Hydrocephalus and Cardiac Involvement. 
 A 14-year-old female with Gaucher disease presented with hydrocephalus,...10th October, 2009 
 Division of Pediatric Cardiology, Baskent University Hospital, Ankara,- Clin Cardiol. 2009 Oct 8. (DOI
Direct Link) 
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• Development of genomic DNA reference materials for genetic testing of disorders common in people of
ashkenazi jewish descent. 
 Many recessive genetic disorders are found at a higher incidence in people...10th October, 2009 
 Laboratory Practice Evaluation and Genomics Branch, National Center for- J Mol Diagn. 2009
Nov;11(6):530-6. Epub 2009 Oct 8. (DOI Direct Link) 

• Chaperone therapy for neuronopathic lysosomal diseases: competitive inhibitors as chemical
chaperones for enhancement of mutant enzyme activities. 
 Chaperone therapy is a newly developed molecular approach to lysosomal...9th October, 2009 
 International University of Health and Welfare Graduate School, Kita- Perspect Medicin Chem. 2009
May 26;3:7-19. 

• In vivo and ex vivo evaluation of L-type calcium channel blockers on acid beta-glucosidase in Gaucher
disease mouse models. 
 Gaucher disease is a lysosomal storage disease caused by mutations in acid...8th October, 2009 
 The Division of Human Genetics, Cincinnati Children's Hospital Medical- PLoS One. 2009 Oct
7;4(10):e7320. (DOI Direct Link) 

• Plasma chitotriosidase and CCL18 as surrogate markers for granulomatous macrophages in
sarcoidosis. 
 BACKGROUND: Accumulation of macrophages in multiple organs is a common...8th October, 2009 
 Department of Medical Biochemistry, Academic Medical Center, University of- Clin Chim Acta. 2009
Oct 4. (DOI Direct Link) 

• Force Majeure: Therapeutic measures in response to restricted supply of imiglucerase (Cerezyme) for
patients with Gaucher disease. 
 Gaucher disease is the first lysosomal disorder for which clinically...7th October, 2009 
 Department of Endocrinology and Metabolism, Academic Medical Centre,- Blood Cells Mol Dis. 2009
Oct 3. (DOI Direct Link) 

• The clinical course of untreated Gaucher disease in 22 patients over 10 years: hematological and
skeletal manifestations. 
 Gaucher disease (GD) is a lysosomal storage disorder characterized by...2nd October, 2009 
 University of Toronto, Faculty of Medicine, Mount Sinai Hospital, Toronto,- Blood Cells Mol Dis. 2009
Nov-Dec;43(3):289-93. Epub 2009 Sep 30. (DOI Direct Link) 

• Vitamin D Receptor (VDR) Polymorphisms in the Cardiac Variant of Gaucher Disease. 
 Type 3c Gaucher disease, an ultra-rare cardiac variant with progressive...29th September, 2009 
 Gaucher Clinic, Shaare Zedek Medical Center, Jerusalem, 91031, Israel.- Pediatr Cardiol. 2009 Sep
26. (DOI Direct Link) 

BioNews Results for Gaucher Disease
 

 • Gaucher Disease Gene Therapy: New Gaucher disease gene therapy findings from Yale University,
Department of Pediatrics published 
NewsRX:  Nov 16 2009 5:43AM Matching: gaucher disease  

• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 
BioPharm International:  Nov 11 2009 6:49PM Matching: gaucher disease  

• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 
PR Newswire:  Nov 8 2009 5:57PM Matching: gaucher disease  

• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 
PharmiWeb:  Nov 6 2009 5:28AM Matching: gaucher disease  

• SHIRE PLC - FDA Grants Priority Review for Shire's velaglucerase 
Individual.com:  Nov 5 2009 7:32AM Matching: gaucher disease  

• SHIRE PLC - FDA Grants Priority Review for Shire's velaglucerase 
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Pharmacy Choice:  Nov 5 2009 3:06AM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

Pharma Live:  Nov 5 2009 1:30PM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

Pharmacy Choice:  Nov 5 2009 3:06AM Matching: gaucher disease  
• First Patient Enrolled in Phase 3 Trials of Genzyme Oral Capsule for Gaucher Disease 

Pharmacy Choice:  Nov 5 2009 3:43PM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

Montana's News Station:  Nov 4 2009 7:21PM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

Genetic Engineering News:  Nov 4 2009 1:33PM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

Yahoo! Canada:  Nov 4 2009 12:25PM Matching: gaucher disease  
• SHIRE PLC - FDA Grants Priority Review for Shire??s velaglucerase 

Therapeutics Daily:  Nov 4 2009 3:30PM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

KOTA Territory News:  Nov 4 2009 3:33PM Matching: gaucher disease  
• FDA Grants Priority Review for Shire's velaglucerase alfa for Type 1 Gaucher Disease 

Therapeutics Daily:  Nov 4 2009 3:31PM Matching: gaucher disease  

Gaucher Disease Patents:

                        

• 7557190- Optimized proteins that target Ep-CAM
• 7572628- Eukaryotic layered vector initiation systems
• 7575924- Methods and compositions relating to improved lentiviral vectors and their applications
• 7576101- Composition for and treatment of demyelinating diseases and paralysis by administration of

remyelinating agents
• 7576191- Tumor suppressor Killin
• 7578999- Antibodies specific for sclerostin
• 7579166- Glycoprotein and process for producing the same
• 7579466- Pyrimidinyl sulfonamide compounds which inhibit leukocyte adhesion mediated by VLA-4
• 7582292- Adipose tissue derived stromal cells for the treatment of neurological disorders
• 7582734- Functional antibodies that specifically bind to the Chemerin receptor
• 7584058- Genetic diagnosis using multiple sequence variant analysis
• 7572618- Polynucleotides encoding novel PCSK9 variants
• 7569544- Methods of increasing delivery of active agents to brain comprising administering receptor

associated protein (RAP) fragments conjugated to active agents
• 7560424- Targeted therapeutic proteins
• 7560431- Methods of increasing delivery of active agents to brain comprising administering receptor

associated protein (RAP) fragments conjugated to active agents
• 7560449- Methods and therapeutic combinations for the treatment of demyelination
• 7560538- Porcine isogloboside 3 synthase protein, cDNA, genomic organization, and regulatory region
• 7563459- Methods and compositions for regenerating tissue
• 7563591- Method for assaying the activity of lysosomal enzymes
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• 7563617- Hybrid adenovirus/adeno-associated virus vectors and methods of use thereof
• 7569217- Porcine adenovirus E1 and E4 regions
• 7569384- Albumin fusion proteins
• 7569385- Multipotent amniotic fetal stem cells
• 7585840- Use of osteoprotegerin for the treatment and/or prevention of fibrotic disease
• 7592010- Albumin fusion proteins
• 7592321- Methods of treating lysosomal storage related diseases by gene therapy
• 7611879- 27877, 18080, 14081, 32140, 50352, 16658, 14223, 16002, 50566, 65552 and 65577

molecules and uses therefor
• 7612050- Drug for the treatment of osteonecrosis and for the management of patients at risk of

developing osteonecrosis
• 7612080- GTPase inhibitors and use thereof for controlling platelet hyperactivity
• 7612093- Compositions of treating hepatitis virus infections with

N-substituted-1,5-dideoxy-1,5-imino-D-glucitol compounds in combination therapy
• 7612107- Treatment and inhibition of disease conditions using flexible heteroarotinoids
• 7612169- Osteoprotegerin variant proteins
• 7612178- Anti-IGF-1R antibodies and uses thereof
• 7615217- Artificial proteins with reduced immunogenicity
• 7615224- Multiplex-bead complex for determination of lysosomal storage disorders
• 7615573- Synthesis of UDP-glucose: N-acylsphingosine glucosyltransferase inhibitors
• 7608422- Simian immunodeficiency virus (SIV) molecular clone encoding mutant gag gene lacking

inhibitory/instability regions
• 7605249- Treatment of neurodegenerative disease through intracranial delivery of siRNA
• 7592429- Sclerostin-binding antibody
• 7593818- Genetic diagnosis using multiple sequence variant analysis
• 7595038- Methods of treatment using antibodies to follistatin-3
• 7595318- Polyethylene glycol conjugates of heterocycloalkyl carboxamido propanoic acids
• 7598031- Method for the detection of gene transcripts in blood and uses thereof
• 7598060- Rapid analysis of variations in a genome
• 7598348- Adiponectin receptor variant, AdipoR2v2
• 7604960- Transient protein expression methods
• 7604990- Methods of regulating differentiation in stem cells
• 7605239- Skeletal-targeted radiation to treat bone-associated pathologies
• 7618948- Devices, systems and methods for improving and/or cognitive function through brain delivery

of siRNA

***

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 

Send comments and feedback to:
 Peter Barfoot Managing Director, BioPortfolio Ltd.
 UK Tel: (+44) 1300 321501
 USA Voicemail and Fax: (+1) 415 680 2472
 Peter Barfoot peter.barfoot@bioportfolio.com 
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 BioPortfolio Limited is registered in England & Wales at Stafford House, 10 Prince of Wales Road,
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