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This report includes selected news items from the past week on issues of concern to the bleeding 

disorders community.  It is designed to help keep NHF national and local leadership and staff 

informed of the latest information from the news media.  It will be distributed by email on Thursday of 

each week, covering important news items from the previous seven days.  Subjects covered will include 

hemophilia, other bleeding disorders, gene therapy, hepatitis, HIV/AIDS, and others.  
 

Please do not forward, reprint, or otherwise disseminate this formatted NHF News Briefs summary. These news articles are 

copyright-protected and are being shared for your information only. In many cases, individual story links may be obtained 

by visiting the websites of these media sources. Questions or comments may be sent to handi@hemophilia   
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November 2, 2017 

Poz.com 

 

How Does Marijuana Affect People With HIV? 

 

A $3.2 million federal grant will fund the largest and most comprehensive study exploring this 

question. 

 

Researchers at the University of Florida (UF) received a $3.2 million grant from the National Institute 

on Drug Abuse to explore the health effects of marijuana on people living with HIV. Topics to be 

examined include pot’s influence on pain, the body, chronic inflammation, viral suppression, stress and 

sleep in addition to how often people use marijuana and how strong it is. 

 

The five-year study will follow 400 HIV-positive Floridians who use marijuana; it is thought to be the 

largest and most comprehensive research on this topic, according to a UF Health press release. The 

study’s lead investigator is Robert Cook, MD, MPH, a professor of epidemiology and medicine at UF 

Health. 

 

“Marijuana use is increasingly common in persons living with HIV infection,” said Cook in the press 

release. “Yet, past findings regarding the health impact of marijuana use on HIV have been limited and 

inconclusive. The long-term goal of this research is to provide patients, clinicians and public health 

authorities with information to guide clinical and safety recommendations for marijuana use.” 

 

Florida is a good location for the research. The state has the highest rate of new HIV cases and is 

ranked third in the country for the number of people living with the virus. What’s more, the state’s 

Amendment 2 granted Floridians with serious illnesses, including HIV, legal access to medical 

marijuana as of January 2017. 

 

“Many persons using marijuana for specific health indications may have identified specific strategies 

to use marijuana that they find to be most effective, and we can learn from their experience,” Cook 

said. “This information can help to inform clinical care and identify specific types and patterns of 

marijuana use to be studied in future randomized clinical trials.” 
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November 3, 2017 

Prnewswire.com 

 

Repeal of Orphan Drug Tax Credit is an "Unprecedented Step" 

 

PPTA urges Congress to reconsider their current position 

 

Jan M. Bult, President and CEO of the Plasma Protein Therapeutics Association (PPTA) released a 

statement today following yesterday's introduction of the Tax Cuts and Jobs Act: 

 

Yesterday, a Congressional committee took an unprecedented step that limits access to innovative life-

saving medications relied upon by thousands of patients living with rare diseases. The repeal of the 

Orphan Drug Tax Credit would have devastating effects for those facing chronic and genetic diseases, 

as it has proven to be essential to the development of hundreds of medicines, including plasma protein 

therapies. 

 

Plasma protein therapies are life-saving treatments for persons facing particularly rare conditions, 

including Primary Immunodeficiency Diseases, Chronic Inflammatory Demyelinating Polyneuropathy, 

bleeding disorders such as Hemophilia, Hereditary Angioedema, and Alpha-1 Antitrypsin Deficiency. 

These are rare diseases as defined by the Food and Drug Administration (a condition which impacts 

fewer than 200,000 Americans), and the therapies which treat these diseases are considered "orphan 

drugs." 

 

As tax reform efforts proceed, we encourage Members of Congress to stand with the thousands of men, 

women, and children living with these diseases by preserving the Orphan Drug Tax Credit. Since 1983, 

it has led to the approval of more than 477 orphan drugs that treat rare diseases; without it, there would 

be 33 percent fewer treatment options for patients facing these conditions. 

 

PPTA urges Congress to reconsider their current position and to, instead, pass legislation making the 

Orphan Drug Tax Credit permanent. 

 

About PPTA 

 

The Plasma Protein Therapeutics Association (PPTA), a global industry trade association, represents 

the private sector manufacturers of plasma-derived and recombinant analog therapies, collectively 

known as plasma protein therapies and the collectors of source plasma used for fractionation. Millions 

of people use these therapies worldwide to treat a variety of diseases and serious medical conditions. 

PPTA also administers standards and programs that help ensure the quality and safety of plasma 

protein therapies, donors and patients. 
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November 6, 2017 

Poz.com 

 

Janssen’s Experimental Symtuza Performs Well in Those New to HIV Meds 

 

Janssen’s Symtuza (darunavir/cobicistat/emtricitabine/tenofovir alafenamide), which if approved will 

become the first single-tablet antiretroviral (ARV) regimen including a boosted protease inhibitor, is 

safe and effective for the treatment of HIV among those new to treatment, Medscape reports. In a 

study that compared Symtuza with a multitablet regimen that contained the same ARVs but a different 

version of tenofovir was also associated with better markers of bone and kidney health. 

 

The 48-week, randomized, controlled Phase III AMBER study of 725 people new to ARV treatment 

was presented at the 16th European AIDS Conference in Milan. 

 

This presentation closely followed the release of similarly positive results from the Phase III 

EMERALD study of Symtuza among those who were already on ARV treatment before switching to 

the regimen. 

 

In September, Janssen applied for Food and Drug Administration (FDA) approval of Symtuza, based 

on the findings from AMBER and EMERALD. A decision is expected by June 2018. 

 

In AMBER, 362 people were randomized to receive Symtuza and 363 were randomized to the control 

group. Those in the control group received Prezista (darunavir), Tybost (cobicistat) and Truvada 

(tenofovir disoproxil fumarate/emtricitabine) as three individual tablets. 

 

The tenofovir disoproxil fumarate, or TDF, component of Truvada is an older version of tenofovir 

compared with the tenofovir alafenamide, or TAF, component of Symtuza. Numerous studies have 

indicated that TAF is associated with improved markers of bone and kidney health compared with 

TDF. A major outstanding question, however, is whether TAF, compared with TDF, will actually 

prevent clinically significant health outcomes on these measures, including fractures and kidney 

disease. 

 

After 48 weeks of treatment, 91.4 percent of those in the Symtuza group had an undetectable viral load 

compared with 88.4 percent of those in the control group. Based on preset criteria, this meant that 

Symtuza was non-inferior to (as effective as) the control regimen. The respective regimens were also 

associated with a similar rise in average CD4 count: 171 versus 158. 

 

Although one participant developed a viral mutation associated with resistance to emtricitabine, none 

of the other study members showed signs of resistance to any of the other medications included in the 

regimens. 

 

The control group had a higher rate of virologic failure, at 4.4 percent, compared with the 3.3 percent 

rate in the Symtuza group. 

 

Both regimens were well tolerated. No participants died during the study. The respective rates of those 

who discontinued treatment because of serious adverse health events in the Symtuza and control 

groups were 4.7 percent and 5.8 percent. The most common adverse health events in both arms were 

diarrhea, rash and nausea. 
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Those in the control group developed more adverse measures in markers of bone and kidney health 

compared with those in the Symtuza group. However, the markers for lipids (fats in the blood, 

including cholesterol) were better in the control group. 
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November 7, 2017 

Streetinsider.com 

 

Spark Therapeutics, Pfizer Amend Pact for Investigational SPK-9001 in Hemophilia B 

 

Spark Therapeutics and Pfizer Inc. today announced they have entered into an amendment to their 

license agreement for SPK-9001, an investigational gene therapy for hemophilia B. Spark Therapeutics 

will enroll up to five additional participants in the current Phase 1/2 clinical trial who will receive 

SPK-9001 manufactured using an enhanced process to test its comparability to the SPK-9001 received 

by the first 10 participants enrolled in the ongoing trial. 

 

One of the up to five participants has already received SPK-9001 manufactured using the enhanced 

process. As of Oct. 23, this participant has been followed for 32 weeks post-infusion. The participant’s 

factor IX activity level has plateaued within the range that is considered comparable to the first 10 

participants, and this participant’s number of prophylactic intravenous factor IX infusions has been 

reduced to zero. 

 

“Early data on the 11th participant suggest potential clinical comparability with the preliminary safety 

and efficacy results seen with the initial 10 trial participants, who all have discontinued routine 

infusions of factor IX concentrates,” said Katherine A. High, M.D., president and head of Research & 

Development at Spark Therapeutics. “We look forward to transitioning this program to Pfizer and 

potentially bringing to market this one-time investigational gene therapy for patients with hemophilia 

B, who otherwise rely on frequent infusions of factor IX to control and prevent bleeding episodes.” 

 

Updated data on all 11 participants in the Phase 1/2 clinical trial will be presented by Lindsey A. 

George, M.D., attending physician in the Division of Hematology at Children’s Hospital of 

Philadelphia, at the 59th American Society of Hematology (ASH) Annual Meeting & Exposition, at 

the Georgia World Congress Center in Atlanta on Monday, Dec. 11, at 7:00 AM ET. 

 

Spark Therapeutics is transferring the enhanced SPK-9001 manufacturing process to Pfizer, which 

intends to utilize material generated with this process in the Phase 3 clinical trial of SPK-9001. The 

activities outlined in the license agreement as amended will occur in parallel to Pfizer’s ongoing 

preparation to assume responsibility for SPK-9001 after the transfer of the Investigational New Drug 

application to Pfizer. 

 

Subject to the terms of the amendment, Spark Therapeutics will receive from Pfizer an initial $10 

million cash payment and up to an additional $15 million in potential milestone payments upon 

completion of certain transition activities. 

 

About Hemophilia B 

 

Hemophilia, a rare genetic bleeding disorder that causes the blood to take a long time to clot because 

of a deficiency in one of several blood clotting factors, is almost exclusively found in males. People 

with hemophilia are at risk for excessive and recurrent bleeding from modest injuries, which have the 

potential to be life threatening. People with severe hemophilia often bleed spontaneously into their 

muscles or joints. The incidence of hemophilia B is one in 25,000 male births. People with hemophilia 

B have a deficiency in clotting factor IX, a specific protein in the blood. Hemophilia B also is called 

congenital factor IX deficiency or Christmas disease. The current standard of care requires recurrent 

intravenous infusions of either plasma-derived or recombinant factor IX to control and prevent 
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bleeding episodes. There exists a significant need for novel therapeutics to treat people living with 

hemophilia. 
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November 8, 2017 

Pressherald.com 

 

Maine’s ‘Best Baker’ Makes A Fine Flan 

 

Cornerstone Food, winner of the Hemophilia Alliance of Maine's baking contest, triumphs with the 

tasty entry. 

 

By Mary Pols 

 

When the Hemophilia Alliance of Maine announced the winners of its first ever fundraising baking 

competition, Megan Brown’s name wasn’t on the list. That honor went to Cornerstone Food, which 

produced a flan. 

 

But the Farmington single mother who sought to claim the title, with an entry of Thai ice tea cupcakes, 

said she learned a lot. 

 

“It was great networking and I met some really cool people,” Brown said. 

 

Brown was featured in a story in the Press Herald’s Food section in advance of the event and as a 

result, her great-aunt showed up at the competition. “And my boyfriend’s entire family showed up!” 

 

That a flan won a baking competition that encouraged bakers to bring cookies, cupcakes or doughnuts 

might seem odd, but, after all, it is baked. 

 

“We let it go as a cake,” said Jill Sallade-Packard, a founder of the Hemophilia Alliance of Maine. 

 

Ten bakers competed at the event, which was held Saturday in Portland. Others had to cancel because 

of the power outages that affected much of Maine last week, she said. Sallade-Packard has two sons 

with hemophilia, aged 13 and 10, who number among the 400 people in Maine identified with 

hemophilia and many others who suffer from bleeding disorders, she said. Sallade-Packard started the 

group in 2010. This is the first year the alliance has held a baking contest. Other winners were Black 

Tie Bakes with a people’s choice award, Little Marie’s Hand Made Pies for Best Cookie, Sugar Supply 

for Best Cake, and Congdon’s doughnuts for Best Donut. The contest was open to individuals and 

businesses. 

 

Brown said she was encouraged by the experience to enter other, more established competitions in the 

future. She said she broke even on the cost of her ingredients by selling baked goods at the event. She 

also connected with a baker just starting out with a gluten-free baking business; the two of them might 

team up some day. In the meantime, Brown said, she was happy to have participated. “They must have 

made a pretty good chunk of change, and it all goes to a good cause,” Brown said. 


