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The knowledge of lysosomal biology and the consequences of its dysfunction
have increased dramatically in the past 60 years. This book describes the nature
of the lysosomal dysfunction and diseases as well as potential future treatments
and therapies. Disease specific chapters provide thorough reviews of the clinical
features of lysosomal storage disorders, their molecular basis and the commercial
or experimental therapeutic approaches sought in this area. Thisis an invaluable
resource for researchersin biochemical and molecular genetics, enzyme therapy,
and gene transfer.
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The knowledge of lysosomal biology and the consequences of its dysfunction have increased dramatically in
the past 60 years. This book describes the nature of the lysosomal dysfunction and diseases aswell as
potential future treatments and therapies. Disease specific chapters provide thorough reviews of the clinical
features of lysosomal storage disorders, their molecular basis and the commercial or experimental
therapeutic approaches sought in thisarea. Thisis an invaluable resource for researchers in biochemical and
molecular genetics, enzyme therapy, and gene transfer.
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Editorial Review
Review

From the reviews:

"The authors have brought together an excellent group of contributorsto provide an introduction to
lysosomal storage disorders (LSDs). ... Itisoriented to serve individuals working in the field of LSDs, but it
also would provide agood base of knowledge for graduate students, medical residents, or clinical genetics
physicians who wish to update their understanding of the lysosome pathology and function. ... With this
unique book, the authors have provided awell thought out source of information on lysosomal disorders.”
(LuisF. Escobar, Doody’ s Review Service, July, 2009)

From the Back Cover
Lysosomal Biology and Storage Disorders

John A. Barranger and Mario A. Cabrera-Salazar

The knowledge of lysosomal biology and the consequences of its dysfunction have increased dramatically in
the past 60 years. Research of these disorders has moved from diseases with unknown etiology to disorders
with clear and defined pathophysiology and some of them have benefited from the development of disease
specific therapeutics. Lysosomal Biology and Storage Disorders describes the nature of the diseases, the
historical evolution of the field and future perspectives for the treatment of these clinical entities.

Organized as atextbook, Lysosomal Biology and Storage Disorders describes the nature of lysosomal
dysfunction, the synthesis and targeting of lysosomal enzymes and the implications of the targeting
mechanisms for the development of new therapies. Disease specific chapters provide thorough reviews of the
clinical features of lysosomal storage disorders, their molecular basis and the commercial or experimental
therapeutic approaches sought in this area.

Lysosomal Biology and Storage Disorderswill be attract to all researchersin biochemical and molecular
genetics, enzyme therapy, gene transfer, and others concerned with the models of genetic disease.

This book is dedicated to patients affected by Lysosomal Storage Disorders, and especially to the National
Gaucher Foundation (USA) and the Colombian Association of Patients with Lysosomal Storage Diseases
(ACOPEL for its Spanish Acronym). Both organizations will share in the sales of this book.

About the Editors:



John A. Barranger, M.D., Ph.D. is a Professor in the departments of human genetics, molecular genetics
and biochemistry, and pediatrics at the University of Pittsburgh School of Medicine.

He has also served as director of the Human Gene Therapy Applications Laboratory, the Center for the Study
and Treatment of Jewish Genetic Diseases, and the Comprehensive Gaucher Disease Treatment Center in
thisinstitution

Mario A. Cabrera-Salazar, MD is a Staff Scientist at Genzyme Corporation in Framingham, MA. Heis
involved in the development of enzymatic and gene therapies for lysosomal storage disorders and for
neurodegenerative diseases in the department of Genetic Disease Science.

About the Author

John A. Barranger, M.D., Ph.D., isatenured professor in the departments of human genetics, molecular
genetics and biochemistry, and pediatrics at the University of Pittsburgh.

Heis also director of the Human Gene Therapy Applications Laboratory, the Center for the Study and
Treatment of Jewish Genetic Diseases, and the Comprehensive Gaucher Disease Treatment Center.
Additionally, he is co-director of the Human Gene Therapy Center.

Previoudly, Dr. Barranger was a clinical associate at the National Institutes of Health (NIH), where, from
1976 to 1978, he served in the clinical investigations and therapeutics section, Developmental and Metabolic
Neurology Branch (DMNB), National Institute of Neurological and Communicative Disorders and Stroke.
He ultimately became chief of the molecular and medical genetics section of the DMNB and associate
branch chief. Dr. Barranger received a doctorate and medical degree from the University of Southern
California Los Angeles, and completed an internship and residency in pediatrics at the University of
Minnesota.

Dr. Barranger has devoted his professional career to the study of inherited metabolic diseases, particularly
lysosomal storage disorders. His research interests include biochemical and molecular genetics, enzyme
therapy, gene transfer, and models of genetic disease. As aresult of hisinvestigation of the structure of
glucocerebrosidase and receptors on macrophages, Dr. Barranger devel oped successful enzyme replacement
therapy for Gaucher disease, an inherited, potentially lethal lysosomal disorder that affects more than 10,000
people in the United States.

This therapy received Food and Drug Administration approval in 1991 and serves as a treatment model for
more than 50 related lysosomal storage disorders.

Currently, Dr. Barranger is focused on developing models of inherited diseases to study their pathobiol ogy
and treatment by enzyme and gene therapy.

Included among Dr Barranger's honors are the March of Dimes Health Career Award, United States Public
Health Service Commendation Medal, Arthur S. Flemming Award and the Scientific Achievement Award of
the National Gaucher Foundation.

In addition to consulting for government and industry, Dr Barranger is a member of humerous professional
organizations, including the American Society of Biochemistry and Molecular Biology, American Society of
Human Genetics, Society for Inherited Metabolic Disorders, and the Society for Pediatric Research.



Mario A. Cabrera-Salazar, MD is a Staff Scientist at Genzyme Corporation in Framingham. MA. Heis
involved in the development of enzymatic and gene therapies for lysosomal storage disorders and for
neurodegenerative diseases in the department of Genetic Disease Science.

Users Review
From reader reviews:
David Waymire:

In this 21st one hundred year, people become competitive in every way. By being competitive currently,
people have do something to make these people survives, being in the middle of often the crowded place and
notice simply by surrounding. One thing that at times many people have underestimated the idea for awhile
isreading. Y ep, by reading a e-book your ability to survive increase then having chance to stay than other is
high. For you personally who want to start reading some sort of book, we give you this kind of Lysosomal
Storage Disorders book as beginning and daily reading publication. Why, because this book is greater than
just a book.

Corinna Edwards:

As people who livein typically the modest era should be change about what going on or info even
knowledge to make them keep up with the erawhich is always change and move forward. Some of you
maybe will certainly update themselves by reading through books. It is a good choice to suit your needs but
the problems coming to you actually isyou don't know which one you should start with. This Lysosomal
Storage Disordersis our recommendation so you keep up with the world. Why, since this book serves what
you want and wish in this era.

Gregory Sims.

Does one one of the book lovers? If so, do you ever feeling doubt when you are in the book store? Try and
pick one book that you never know the inside because don't ascertain book by its deal with may doesn't work
thisis difficult job because you are frightened that the inside maybe not while fantastic as in the outside
appearance likes. Maybe you answer may be Lysosomal Storage Disorders why because the amazing cover
that make you consider concerning the content will not disappoint you actually. Theinside or content is
usually fantastic as the outside or even cover. Y our reading 6th sense will directly show you to pick up this
book.

David Johnston:

What is your hobby? Have you heard this question when you got scholars? We believe that that query was
given by teacher to their students. Many kinds of hobby, Everybody has different hobby. And you know that
little person similar to reading or as reading through become their hobby. Y ou need to know that reading is
very important along with book as to be the matter. Book is important thing to increase you knowledge,
except your teacher or lecturer. Y ou will find good news or update concerning something by book. Many
kinds of books that can you go onto be your object. One of them are these claims Lysosomal Storage



Disorders.
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