	Greetings!
 

The good news is that a great deal of research emerges on a weekly basis, so much so that it is difficult to keep up with the advances.  Stem cell breakthroughs, potential vaccines, new drugs in the pipeline - we can be encouraged in spite of the fact that ALS continues to exist.  Also included is information on ways for ALS patients to help themselves improve the quality of their days.  We hope you find this information useful and helpful.

 

THE WEIZMANN INSTITUTE 
While in Israel this past April, we had the privilege of meeting with Professor Michal Schwartz at the Weizmann Institute of Science, an extraordinary research institution based in Rehovot, Israel near Tel Aviv. She is a member of the Department of Neurobiology and the Maurice and Ilse Katz Chair of Neuroimmunology.  We met again on May 22, 2013 at the Women in Science luncheon at the Peninsula Hotel in Chicago where Professor Schwartz was honored for her outstanding achievements.

 

Professor Schwartz has demonstrated that the immune system is essential for the adult brain's functional plasticity.  She has shown how the immune system plays a key role in maintaining, protecting and healing the central nervous system in health, disease, and aging.  Her "protective autoimmunity" theory links immunity to proteins expressed within the brain to the brain's self-maintenance activities, and for the trafficking of the selective immune cells that are needed for brain repair.  This approach attributes a revolutionary role to the immune system in support of cognitive function, mental stability, stem cell renewal and repair. Her studies provide a basis for immune-based therapies and therapeutic vaccinations for spinal cord injury and chronic neurodegenerative conditions such as ALS, Alzheimer's, glaucoma and mental disorders.

 

Professor Schwartz shared with us the focus of her most recent research: a long-awaited ALS vaccine, which will hopefully delay the development of ALS and dramatically slow down disease progression in ALS patients. This is a groundbreaking development in ALS research with the potential to come as close to a cure as we have ever seen.

 

Currently, the vaccine has only been trialed on SOD1 mice, and there is always the potential for mouse success but human failure. In order to test the vaccine's efficacy in humans, Professor Schwartz, together with her outstanding team, will undertake multi-location preclinical studies. The results of her work have been submitted for publication. We will provide updated information as it becomes available both through the ALS WORLDWIDE website and directly from the Weizmann Institute. 

 

The Weizmann Institute of Science is a world leader in multidisciplinary scientific research, from the life sciences, chemistry and physics to mathematics and computer science. The Institute was established in 1934 upon the initiative of Dr. Chaim Weizmann, a renowned chemist who was the first President of the State of Israel. Today, there are five faculties - Mathematics and Computer Science, Physics, Chemistry, Biochemistry and Biology.  These in turn are divided into 17 scientific departments, 50 multidisciplinary centers, 1000 scientists and scientific staff, 1100 research students, 220 postdoctoral fellows and 400 administrative employees. Their work stimulates activity in a multiplicity of fields, including brain research, cancer research nanotechnology, renewable energy sources, experimental physics, biological physics, environmental studies, autoimmune diseases, plant sciences, photosynthesis and genetics. Achievements include Copaxone for the treatment of Multiple Sclerosis; a vaccination for Hepatitis B; the 2009 Nobel Prize in Chemistry, awarded to the Institute's Professor Ada Yonath for her work with ribosomes and antibiotics.  Scientists have pioneered cancer research in Israel and designed and built the first electronic computer in the country-- one of the first in the world.  
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On this beautifully landscaped campus, groundbreaking medical and technological applications have emerged from basic research that include amniocentesis, sophisticated laser systems, hybrid seed production preventing transmission of disease, affinity chromatography and many other accomplishments. 

 

As one of the leading institutions in the world, the Weizmann Institute encourages mathematicians, physicists, chemists and biologists to collaborate, create new research fields and lift science to new heights. 

 

STEM CELLS CREATE FIRST WINDPIPE (TRACHEA)
In a victory for the generative power of stem cell medicine, generally thought to be the area of research most promising for ALS patients, a two-year-old girl born without a windpipe now has a new one grown from her own stem cells. Born in South Korea, Hannah Warren was unable to breathe, eat, drink or swallow without assistance until the April 9, 2013 operation at Children's Hospital of Illinois in Peoria, Ill. The stem cells were extracted from the bone marrow in Hannah's hip bone, then multiplied on a plastic scaffold in a lab. After less than a week, they created a new, three-inch windpipe. So far, the windpipe is working, and though Hannah is still on a ventilator, doctors expect she will be able to eventually lead a normal life.

 

Similar autologous procedures (which use a patient's own stem cells) have been used to grow bladders and urethras, and scientists hope to eventually create solid organs.  This case marks a promising example of the potential of stem cells to create new body parts and to facilitate respiratory health, which is of great importance for ALS patients. More information is available through Fox News.

  

TRIAL RESULTS CONFIRM NEURALSTEM EFFICACY
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Richard Garr, CEO 

Neuralstem, Inc.

After years of scrupulous research initiated under the aegis of Chief Scientific Officer Karl Johe and CEO Richard Garr, Neuralstem clinical trial results have recently been released.  Their efforts were acknowledged on May 16, 2013 when the Washington DC chapter of the ALS Association honored Neuralstem's significant accomplishments with an outstanding achievement award, accepted by Richard Garr on behalf of the entire organization. 

 

On May 17, 2013, Dr. Eva Feldman, Principal Investigator, presented updated data on all fifteen patients from the Phase I Neuralstem clinical trial at the Neuro Diabetes Special Medical Symposium in Bucharest, Romania.  She detailed the trial design, procedure and then focused on the results. Using the ALSFRS (functional rating scale) to assess degrees of disability in ALS patients, Dr. Feldman reported that six of the fifteen patients have a stable, very slowly progressing or improved disease course at more than 700 to 850 days post-surgery.  They had no bulbar features of ALS, a form of the disease that destroys motor neurons in the corticobulbar area of the brainstem in the early stages and typically progresses faster than the limb-onset ALS. Additionally, these patients all received stem cell transplantation early in the course of their disease (at an average of 2 years, 1 month after symptom onset). Two of the patients showing stabilization or improvement were among the three to receive transplants in both the lumbar and cervical regions.

 

 Of the nine remaining patients in the trial, three subjects had a long disease course (5.6, 11.6 and 12.7 years of known disease), at the time of their transplantation, likely representing atypical ALS, and have had little change in the trajectory of their disease.  Finally, Dr. Feldman reported, six of the trial patients died of their disease, 7-to-30 months after surgery. Two of these patients had features of bulbar ALS at the time of their transplantation.
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Dr. Feldman summed up these results stating, "Collectively, these preliminary results suggest that intraspinal stem cell transplantation of ALS subjects, with no bulbar symptoms, early in the course of their disease, could slow disease progression and even allow for functional improvement."  This stability has been achieved through minimal cell implantation.  We can only imagine what the results will be when Neuralstem implants a greater number of cells into an even more effective location (higher in the spinal cord) as is now planned in its continuing clinical trials in the US and elsewhere.

 

The trial is under the direction of Dr. Feldman, Director of the A. Alfred Taubman Medical Research Institute and Director of Research of the ALS Clinic at the University of Michigan Health System and is being administered by Site Investigator Dr. Jonathan Glass at Emory University, Atlanta. Also essential to the procedure's success are the surgical skills of Dr. Nicholas Boulis, also of Emory.  Neuralstem has received FDA approval for a Phase II clinical trial, which will be expanded to additional institutions within and outside of the U.S. There is hope of a compassionate use protocol during 2014. More about Dr. Feldman's presentation in Bucharest can be read at the Wall Street Journal.

  

POWER OF A POSITIVE ATTITUDE
Our new series, ALSWW focus now includes information on self-help as well as medications and devices. The first self-help installment, Positive Thinking, centers on the immunological, physiological and psychological benefits that patients can develop for themselves. Included are suggestions to help patients cultivate optimism through yoga, massage, interpersonal support and counseling. We firmly believe that positive thinking can help patients to live happier, healthier and more productive lives.  We hope this information will encourage ALS patients and their loved ones to explore these suggestions in order to achieve a greater sense of well-being. 

 

POTENTIAL RESPIRATORY TREATMENTS   
Respiratory difficulty is one of the greatest challenges facing ALS patients. Scientists at Boston Children's Hospital have now invented a microparticle, injected into the bloodstream, that quickly oxygenates the blood.  This procedure keeps a patient alive even if their breath has been restricted or cut off entirely. In the July 27, 2012 issue of Science Translational Medicine, John Kheir, MD, of the Department of Cardiology at Boston Children's Hospital and his colleagues reported their findings, stating that microparticles injected into animals raised their oxygen to near-normal levels within seconds. The microparticles are made up of one layer of lipids (fatty molecules), which surround a tiny pocket of oxygen gas, and are delivered in a liquid solution. Right now, the microparticles are only able to oxygenate the blood for 30 minutes--just enough time to avoid a heart attack or permanent brain injury. But this breakthrough could lead to new, longer-term respiratory treatments and alternatives in the future for those with prolonged, compromised respiration, like those with ALS.  More information is available through Science Daily.

 

TRACKING ALS NEURONS 
Hande Ozdinler, assistant professor of neurology at Northwestern University Feinberg School of Medicine and her team of graduate students, in collaboration with Professors Shepherd and Heckman, have isolated the motor neurons in the brain that die during ALS and marked them permanently with green fluorescent sheaths which makes these cells easier to study and track over the lifetime of the cell.  

 

"We have developed the tool to investigate what makes these cells become vulnerable and sick," said Ozdinler.  Scientists will now be able to track what causes cell death and to search for effective treatments.  They will also be able to discover what protects certain motor neurons from dying.

 

There are approximately 2 billion cells in the brain, and scientists estimate that 75,000 motor neurons are affected in ALS.   The brain's motor neurons are a key piece of the ALS puzzle.  Their disintegration explains why the disease advances so quickly.  According to Ozdinler, "The whole system collapses at once.  Degeneration from both ends."  Her research provides the opportunity to discover what makes one neuron resistant and the other one vulnerable. 

 

The study was published in the Journal of Neuroscience on May 1. More details are available through Northwestern University. 

 

HONORING ELAINE GOSLEE
This August, an ALS fundraiser will honor the life and memory of Elaine Goslee and the efforts of ALS WORLDWIDE on behalf of all patients. Elaine was a beloved mother, wife, friend, and ALS patient, who died in April 2013.

 

"Together We Can Make a Difference: Beat ALS" is a live concert that will take place at the Chop Shop in Charlotte, NC, Elaine's favorite music venue, on August 24th from 6 PM to 1 AM. It is sure to be a wonderful night, with 11 local bands and 1 touring band set to play. Donations and ticket purchases have already begun to arrive from Elaine's friends and loved ones. As many as 500 people are expected to attend this event, created and developed by Christine Strzepek, Elaine and Chuck Goslee's daughter, their son Dan Goslee and their families.  

 

Tickets are $10 in advance and $12 at the door. To find out more or purchase tickets in advance, see the Facebook event or email Christine Strzepek, Elaine's daughter.

 

POTENTIAL NEW TREATMENT FOR ALZHEIMER'S  
David Schubert, Professor of the Salk Institute's Cellular Neurobiology Laboratory, has engineered a drug, J147, that reverses memory deficits, prevents brain damage and slows progression of Alzheimer's in mice. Current drugs available for Alzheimer's patients can alleviate some symptoms and offer short-term relief.  Until now, drug development for Alzheimer's has focused on the protein clusters that characterize the disease, known as amyloid plaque.  But the Salk study took a different approach, using living neurons grown in laboratory dishes to test the effectiveness of new synthetic compounds made from plant-derived natural compounds to protect brain cells against conditions associated with aging.

 

After three months of treatment with J147, the study's mice exhibited decreased memory loss and increased neurotrophic factors critical for memory. The Salk team is now seeking funding for a trial of J147 in humans, to determine whether the neuroprotective properties of the drug could be used to treat ALS as well as other neurological disorders like Parkinson's disease, Huntington's disease and stroke. Their research appears in the May 14 issue of the journal Alzheimer's Research and Therapy. More information can be found throughFierce Biotech Research.

 

FDA PATIENT NETWORK WEBSITE 
FDA has a new, patient-centric website, called FDA Patient Network: Bringing Your Voice to Drug and Device Approval and Safety. The new website is intended to "share information about FDA with patients and patient advocates, recruit patient advocates to help FDA make decisions, [and] help you connect with FDA through open meetings, email, webinars, and opportunities to comment on FDA regulations." Perhaps most importantly, the website offers opportunities for patients to participate in the drug and medical device approval process with a link that allows patients to search for and join open clinical trials. Patients can also become Patient Representatives (who act as consultants, presenters, and members of FDA advisory committees); submit questions to FDA; find and participate in FDA meetings; comment on regulations; find new treatment options; and see new FDA approved medications and devices. Coming on the heels of the February 2013 FDA hearing for ALS, this website is an example of FDA outreach and interest in the patient population. We are glad to see these new opportunities for the patient community and look forward to the next steps -- the five year benefit-risk assessment in the human drug and biologic review process and the establishment of the ALS advisory board.  

 

STEM CELL BREAKTHROUGH
In a breakthrough for stem cell science, researchers at Oregon Health & Science University have successfully developed a method for converting human skin cells into embryonic stem cells, capable of changing into any cell type in the body including nerve, liver and muscle cells. Adult skin cells are inserted into the cell membrane of a donor's unfertilized egg cell in which the DNA has been removed. A chemical reaction, prompted by the researchers, allows the cells to fuse and begin development into the desired cell.  This process may be used to treat neurodegenerative diseases like ALS and Parkinson's, among other conditions.

 

The controversy surrounding embryonic stem cells rages on, but the OHSU procedure has the potential to placate critics in two key ways: the cells have been taken from adults, as opposed to actual embryos, and they don't have the potential to develop into human beings because the nuclear DNA from the egg cell has been removed.  Supporters of this method believe it could enable patients in need to provide the cells for their procedures and become, therefore, their own donors.

 

While the science appears to be sound, other groups have learned how to "trick" ordinary skin cells into re-modeling themselves into different tissues. These induced pluripotent stem cells, iPS cells for short, which might also some day be used to grow transplants perfectly matched to a patient. According to Dr. George Daley, stem cell expert at Harvard Medical School, while this research looks impressive, it remains to be seen whether cloned embryonic stem cells have advantages over iPS cells because iPS cells are easier to produce and have wide applications in research and regenerative medicine. To read more about the OHSU procedure, see their report in the journal Cell. More information about cloning techniques is available through NBC and BBC News.

 

JOIN THE ALSWW ORGANIZATION
Donations to ALS WORLDWIDE support patients directly through our in-home patient and family visits, ALS clinic reviews, extensive research analysis and investigation, continuing patient consultation, and providing treatment opportunities to those in financial need. Our time, energy and funds are spent totally on behalf of ALS patients and their families.  Please donate through the ALSWW website or by mail.  All contributions are greatly appreciated and tax deductible. 

 

Best to you,
Barbara and Stephen Byer 
May 28, 2013 


	
	

	

	


