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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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December 1, 2017 

Denverpost.com 

 

Colorado Lifts Restrictions for Treating Hepatitis C Patients; No Longer Need to Have 

Advanced Liver Damage to Receive Drugs 

 

New policy heralded as “turning point in the epidemic.” 

 

By Jennifer Brown 

 

Colorado soon will begin treating needy hepatitis C patients with the latest antiviral drugs instead of 

waiting until they are sick enough to qualify. 

 

Friday’s decision by the state Medicaid department comes in the midst of a class-action lawsuit filed 

by the American Civil Liberties Union of Colorado and after top health officials asked the department 

to lift restrictions that determined which patients could receive life-altering treatment. 

 

It also comes as the price of the antiviral drugs — which cure up to 90 percent of patients — has 

dropped from $84,000 per treatment to about $14,000. 

 

Colorado’s previous policy, which required Medicaid recipients with the virus to have advanced liver 

damage in order to receive treatment, was “unconscionable,” said Kevin Costello with Harvard Law 

School’s Center for Health Law and Policy Innovation, a partner in ACLU’s suit. 

 

“Were a cure for cancer to be discovered, no one would tolerate insurance providers telling patients: 

‘We need to wait until you get really sick before we treat you,'” he said in a statement after Colorado’s 

announcement. 

 

Until about two years ago, the best treatment for hepatitis C included year-long, toxic injections with 

often-miserable side-effects and an estimated cure rate of only 50 percent. The latest antivirals, pills 

taken for as few as eight weeks, come with few side-effects and a 90 percent cure rate. 

 

Because of the price drop, the state Medicaid department expects to spend the same yearly amount on 

treatment but treat about 20 percent more patients. Other states that lifted restrictions treated 5 to 50 

percent more people, said Dr. Judy Zerzan, chief medical director for the Colorado Department of 

Health Care Policy and Financing. 

 

Department officials said budget figures showing how much the Medicaid department spent last year 

treating patients with hepatitis C were unavailable Friday. Zerzan said in 2016 that the department 

spent $26.6 million treating 326 hepatitis C patients — an average cost of $82,000 per person. 

 

Friday’s policy change, she said, was “part of our usual process (in) keeping up with the pace of 

change and the evidence” and not related to the lawsuit. The new rules take effect Jan. 1. 

 

Among those who asked the Medicaid department to change policy was Denver Public Health director 

Bill Burman. In a letter to the department last year, Burman wrote that the drug restrictions were 

leading to more health disparity and death at Denver Health, the largest health care provider for low-

income people in Denver. 
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In addition, the federal Centers for Medicare and Medicaid warned states against imposing 

“unreasonable” restrictions of the antiviral drugs. Medical associations have recommend the treatment 

for all people with hepatitis C, not just those in the later stages of liver scarring. 

 

Dr. Sarah Rowan, associate director of HIV and viral hepatitis prevention at Denver Public Health, 

said she was thrilled to learn of the new policy while in Spain for World AIDS Day. “This marks a 

critical turning point in the epidemic,” she said via email. 

 

The lawsuit against the Medicaid department is pending. Because the suit is a class-action one, a judge, 

not the attorneys, must determine whether to dismiss it. 

 

ACLU of Colorado legal director Mark Silverstein called the policy change “a major step forward” to 

resolving the lawsuit and a “more fiscally sound path” for the state because patients will receive 

treatment before they have suffered serious liver damage. 
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December 4, 2017 

Poz.com 

 

Cancer Immune Therapy Causes “Drastic Decrease” in HIV Reservoir 

 

A case study of a 51-year-old man treated for lung cancer reveals a promising avenue toward 

possibly curing the virus. 

 

By Benjamin Ryan 

 

A middle-aged man living with HIV saw his viral reservoir considerably deplete following extended 

treatment with an immune-based treatment for lung cancer. His case offers exciting evidence that may 

help guide scientists conducting further research toward a means of curing the virus. 

 

The viral reservoir is largely composed of cells that are latently infected with HIV, meaning they are 

not replicating and producing new copies of the virus. Because standard antiretroviral treatment works 

only on replicating cells, this dormancy creates an effective shield against such medications. The 

presence of the viral reservoir, therefore, frustrates attempts to eradicate HIV from the body. 

 

HIV-infected immune cells are typically blocked by cellular molecules known as immune checkpoints. 

One such checkpoint is called PD-1, or programmed death-1, which also impedes immune cells’ ability 

to fight HIV. So in theory the use of drugs that inhibit PD-1 among people with HIV may have two 

key benefits: waking up dormant cells so their HIV infection may become visible to an immune system 

that is better equipped to fight them. The end result, ideally, would be a diminished HIV reservoir. 

 

And, as it happens, in the cancer treatment field, there are numerous immune-based drugs that inhibit 

checkpoints like PD-1. 

 

According to a case study published in a letter in the Annals of Oncology, French scientists cared for a 

51-year-old man who was a smoker, had been diagnosed with HIV in 1995 and was diagnosed with a 

Stage IIIa form of non-small-cell lung cancer in May 2015. 

 

The man received surgery and chemotherapy for his lung tumor but then relapsed. So his medical team 

treated him with the PD-1 inhibitor Opdivo (nivolumab) starting in December 2016. To date, he has 

received 31 injections of Opdivo given every other week. 

 

Prior to starting Opdivo treatment, the man’s HIV viral load was undetectable, meaning below 20, 

thanks to treatment with Tivicay (dolutegravir) and Truvada (tenofovir disoproxil 

fumarate/emtricitabine). After starting the cancer immunotherapy, his viral load steadily but modestely 

increased, hitting 101 on day 45 of treatment and declining to 31 at day 120. 

 

Meanwhile, the activation of CD4 cells slightly increased between day 14 and 45 of Opdivo treatment. 

Between day 30 and 120, CD8 immune cell activity rose. 

 

At day 120 of Opdivo treatment, the level of cell-associated HIV DNA, a rough indicator of the size of 

the viral reservoir, dropped by approximately 90 percent. This reduction remained durable going 

forward. 
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Speaking of this apparently successful process of inhibiting PD-1 in order to flush out the reservoir, 

case-study coauthor Jean-Philippe Spano, MD, PhD, head of the medical oncology department at Pitié-

Salpêtrière Hospital AP-HP in Paris, said in a press release: 

 

“This is the first demonstration of this mechanism working in humans. It could have implications for 

HIV patients, both with and without cancer, as it can work on HIV reservoirs and tumor cells 

independently. The absence of side effects in this patient is also good news, and suggests this could be 

an optimum treatment for HIV-infected patients with cancer." 

 

Urging caution when interpreting and reacting to this case study, Spano continued: “Firstly, this is the 

first case of such a drastic decrease of the HIV reservoir, and we must remain careful, especially 

because this is only one case; we have published details of another case where there was no decrease of 

the HIV reservoir.  

 

“Secondly, we have to evaluate—in clinical trials and in a group of 50 French patients we are treating 

currently—the potential toxicities of these drugs in HIV-infected people. And finally, we have to 

identify markers that can predict HIV response to the anti–PD-1 therapy so that treatment can be 

personalized.” 
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December 5, 2017 

Fiercebiotech.com 

 

Shire Bags Option on Device-Enabled Oral FVIII Drug 

 

By Nick Paul Taylor 

 

Shire has teamed up with Rani Therapeutics to develop an oral factor VIII therapy. The project is built 

upon a device Rani designed to enable the oral delivery of proteins and other molecules that are 

currently administered via injections.   

 

Scientists have strived for decades to make such formulations using pharmaceutical techniques but 

have been bedeviled by low bioavailability. Rani thinks its mechanical solution can succeed where 

these earlier efforts failed.  

 

Rani’s device, dubbed the Rani Pill, looks like an ordinary capsule when it is swallowed but hides a 

balloon and needles inside its shell.  

 

The delivery vehicle stays in its conventional capsule form until it has passed through the stomach and 

into the small intestine, at which point the change in pH causes the outer cellulose shell to dissolve. 

This triggers a carbon dioxide-producing reaction in a balloon, which in turn causes the balloon to 

inflate and force drug-loaded dissolvable needles into the intestinal wall.   

 

Rani is banking that the lack of sharp-pain receptors in the intestine will ensure the patient feels no 

pain and that the dense network of blood vessels in the organ's wall will result in fast absorption of the 

drug. Shire is one of many major companies to be wooed by the idea.  

 

In Shire’s case, the device is enticing because it creates an opportunity to provide hemophilia A 

patients with a new, more convenient way of preventing bleeding episodes.  

 

“With this technology, though early in development in hemophilia, we hope to improve compliance, 

quality of life and outcomes for patients with hemophilia by offering a painless and more convenient 

oral delivery,” Rani CEO Mir Imran said in a statement.  

 

Shire has embarked on multiple projects with similar goals, leading to the approval of a twice-weekly 

formulation but also setbacks such as the failure of a once-weekly candidate earlier this year. 

 

An oral formulation would blow these earlier injectable efforts out of the water in terms of ease of use 

and convenience. Shire has moved to seize the opportunity and protect its franchise by landing an 

exclusive option to negotiate a license for an oral factor VIII therapy enabled by Rani’s pill. 

 

The agreement cements Rani’s position at the forefront of attempts to make oral formulations of 

existing injectable therapies. Rani lists AstraZeneca, Novartis and GV among its investors and has 

tapped these and other backers for $100 million to date. AstraZeneca and Novartis are testing the 

device with certain drugs. 
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December 7, 2017 

Buisinesswire.com 

 

Genentech’s HEMLIBRA (emicizumab-kxwh) Every Four Weeks Controlled Bleeds in Phase III 

Study in Hemophilia A 

 

– Less frequent administration of HEMLIBRA demonstrated clinically meaningful bleed control – 

 

Genentech, a member of the Roche Group, announced today positive interim results from the Phase III 

HAVEN 4 study evaluating HEMLIBRA® (emicizumab-kxwh) prophylaxis dosed once every four 

weeks in adults and adolescents (12 years of age or older) with hemophilia A with and without 

inhibitors to factor VIII. At this interim analysis after a median of 17 weeks of treatment, HEMLIBRA 

prophylaxis showed a clinically meaningful control of bleeding. These results are consistent with 

previous studies of HEMLIBRA dosed once weekly or every two weeks, including the pivotal studies 

in hemophilia A with inhibitors, HAVEN 1 in adults and adolescents and HAVEN 2 in children, as 

well as the Phase III HAVEN 3 study in adults and adolescents with hemophilia A without inhibitors. 

The most common adverse events with HEMLIBRA were injection site reactions, with no new safety 

signals observed. No thrombotic microangiopathy or thrombotic events occurred in this study. 

 

“Current treatment regimens for hemophilia A can require frequent intravenous infusions. We are 

encouraged that HEMLIBRA prophylaxis administered by injection under the skin once every four 

weeks showed clinically meaningful bleed control in people with hemophilia A,” said Sandra Horning, 

M.D., chief medical officer and head of Global Product Development. “Together with the findings 

from other Phase III studies, these interim results support the potential for HEMLIBRA to be dosed at 

different schedules, allowing patients to choose the option that’s right for them.” 

 

Data from the HAVEN 4 study will be presented at an upcoming medical meeting and submitted to 

health authorities around the world for approval consideration. These results add to the growing body 

of evidence supporting that HEMLIBRA may benefit all people with hemophilia A regardless of 

inhibitor status, while providing flexible and less burdensome administration options. 

 

About HAVEN 4 (NCT03020160) 

 

HAVEN 4 is a single-arm, multicenter, open-label, Phase III study evaluating the efficacy, safety and 

pharmacokinetics (PK) of subcutaneous administration of HEMLIBRA dosed every four weeks. The 

study included 48 patients (12 years of age or older) with hemophilia A with or without inhibitors to 

factor VIII who were previously treated with either factor VIII or bypassing agents, on-demand or as 

prophylaxis. The study was conducted in two parts: a PK run-in; and an expansion cohort. All patients 

in the PK run-in (n=7) were previously treated on-demand, and received subcutaneous HEMLIBRA at 

6 mg/kg to fully characterize the PK profile after a single dose during four weeks, followed by 6 mg/kg 

every four weeks for at least 24 weeks. Patients in the expansion cohort (n=41) received subcutaneous 

HEMLIBRA prophylaxis at 3 mg/kg/wk for four weeks, followed by 6 mg/kg every four weeks for at 

least 24 weeks. Episodic treatment of breakthrough bleeds with factor VIII therapy or bypassing 

agents, depending on a patient’s inhibitor status, was allowed per study protocol. 

 

About HEMLIBRA 

 

HEMLIBRA is a bispecific factor IXa- and factor X-directed antibody. It is designed to bring together 

factor IXa and factor X, proteins required to activate the natural coagulation cascade and restore the 



 

8 

 

blood clotting process for hemophilia A patients. HEMLIBRA is a prophylactic (preventative) 

treatment that can be administered by an injection of a ready-to-use solution under the skin 

(subcutaneously) once weekly. HEMLIBRA was created by Chugai Pharmaceutical Co., Ltd. and is 

being co-developed by Chugai, Roche and Genentech. 

 

HEMLIBRA U.S. Indication 

 

HEMLIBRA is a prescription medicine used for routine prophylaxis to prevent or reduce the frequency 

of bleeding episodes in adults and children with hemophilia A with factor VIII inhibitors. 

 

Important Safety Information 

 

HEMLIBRA increases the potential for blood to clot. Discontinue prophylactic use of bypassing 

agents the day before starting HEMLIBRA prophylaxis. Carefully follow the healthcare 

provider’s instructions regarding when to use an on-demand bypassing agent, and the dose and 

schedule one should use. Cases of thrombotic microangiopathy and thrombotic events were 

reported when on average a cumulative amount of >100 U/kg/24 hours of activated prothrombin 

complex concentrate (aPCC) was administered for 24 hours or more to patients receiving 

HEMLIBRA prophylaxis. 

 

HEMLIBRA may cause the following serious side effects when used with aPCC (FEIBA®), 

including: 

 

• Thrombotic microangiopathy (TMA). This is a condition involving blood clots and injury to 

small blood vessels that may cause harm to one’s kidneys, brain, and other organs. Patients 

should get medical help right away if they have any of the following signs or symptoms during 

or after treatment with HEMLIBRA: 

o confusion 

o weakness 

o swelling of arms and legs 

o yellowing of skin and eyes 

o stomach (abdomen) or back pain 

o nausea or vomiting 

o feeling sick 

o decreased urination 

• Blood clots (thrombotic events). Blood clots may form in blood vessels in one’s arm, leg, 

lung or head. Patients should get medical help right away if they have any of these signs or 

symptoms of blood clots during or after treatment with HEMLIBRA: 

o swelling in arms or legs 

o pain or redness in the arms or legs 

o shortness of breath 

o chest pain or tightness 

o fast heart rate 

o cough up blood 

o feel faint 

o headache 

o numbness in the face 

o eye pain or swelling 
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o trouble seeing 

 

If aPCC (FEIBA®) is needed, patients should talk to their healthcare provider in case they feel 

they need more than 100 U/kg of aPCC (FEIBA®) total. 

 

How should patients use HEMLIBRA? 

 

HEMLIBRA may interfere with laboratory tests that measure how well blood is clotting and may 

cause a false reading. Patients should talk to their healthcare provider about how this may affect their 

care. 

 

What are the other possible side effects of HEMLIBRA? 

 

The most common side effects of HEMLIBRA include: redness, tenderness, warmth, or itching at 

the site of injection; headache; and joint pain. 

 

These are not all of the possible side effects of HEMLIBRA. Patients should call their doctor for 

medical advice about side effects. 

 

Side effects may be reported to the FDA at (800) FDA-1088 or http://www.fda.gov/medwatch. Side 

effects may also be reported to Genentech at (888) 835-2555. 

 

Please see the HEMLIBRA full Prescribing Information and the Medication Guide, including Serious 

Side Effects, for more important safety information. 

 

About hemophilia A 

 

Hemophilia A is an inherited, serious disorder in which a person’s blood does not clot properly, 

leading to uncontrolled and often spontaneous bleeding. Hemophilia affects around 20,000 people in 

the United States, with hemophilia A being the most common form and approximately 50-60 percent 

of people living with a severe form of the disorder. 

 

People with hemophilia A either lack or do not have enough of a clotting protein called factor VIII. In 

a healthy person, when a bleed occurs, factor VIII brings together the clotting factors IXa and X, which 

is a critical step in the formation of a blood clot to help stop bleeding. Depending on the severity of 

their disorder, people with hemophilia A can bleed frequently, especially into their joints or muscles. 

These bleeds can present a significant health concern as they often cause pain and can lead to chronic 

swelling, deformity, reduced mobility and long-term joint damage. 

 

About Genentech in hemophilia 

 

In 1984, Genentech scientists were the first to clone recombinant factor VIII in response to the 

contaminated hemophilia blood supply crisis of the early 1980s. For more than 20 years, Genentech 

has been developing medicines to bring innovative treatment options to people with diseases of the 

blood within oncology, and in hemophilia A. Genentech is committed to improving treatment and care 

in the hemophilia community by delivering meaningful science and clinical expertise. For more 

information visit http://www.gene.com/hemophilia. 

 

About Genentech 
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Founded more than 40 years ago, Genentech is a leading biotechnology company that discovers, 

develops, manufactures and commercializes medicines to treat patients with serious or life-threatening 

medical conditions. The company, a member of the Roche Group, has headquarters in South San 

Francisco, California. For additional information about the company, please visit 

http://www.gene.com. 
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December 7, 2017 

Raredr.com 

 

NEJM Publishes Data from Study of Gene Therapy in Hemophilia B 

 

By Mathew Shanley 

 

The New England Journal of Medicine has published interim data from Spark Therapeutics' Phase 1/2 

clinical trial of SPK-9001 in patients with hemophilia B. 

 

The paper, titled “Hemophilia B Gene Therapy with a High Specific Activity Factor IX Variant,” 

explores the investigational gene therapy when administered as a single intravenous infusion. 

 

The company collaborated with Pfizer in December 2014 for the SPK-FIX program, under which 

Spark is responsible for conducting all Phase 1/2 studies, any regulatory activities and potential global 

commercialization of the adeno-associated viral (AAV) vector with human factor IX gene, or any other 

products that may result from the partnership. 

 

In June 2016, Spark presented an earlier version of the data from the trial at the 21st Congress of the 

European Hematology Association (EHA). 

 

Hemophilia B, a rare genetic disorder, is characterized by the inability of a patient’s blood to properly 

clot as the result of reduced factor IX activity. People with the condition are at risk for excessive, 

recurrent and potentially life-threatening bleeding episodes from minor injuries. The current standard-

of-care for the disease includes repeated intravenous infusions of either plasma-derived or recombinant 

factor IX, which assists in controlling and preventing bleeding episodes. 

 

The highlights published in NEJM include interim data as of July 25, 2017 and concludes that the first 

10 adult male participants, after 492 weeks of follow-up, experienced a mean steady-state factor IX 

activity of 34% of normal after a single administration of the drug, with a range of 14%-81%. 

Additionally, the annualized bleeding rate (ABR) of these patients was reduced 97%, with a mean rate 

of 11.1 events per year at baseline to 0.4 events per year after administration of the vector (p=0.02). 

 

“The data suggest a one-time infusion of SPK-9001 has the potential to safely sustain factor IX 

coagulant activity level that may result in the termination of baseline prophylaxis factor infusions, 

significantly reduce bleeding, and nearly eliminate the need for exogenous factor IX concentrate 

infusions,” said Katherine A. High, M.D., president and head of Research and Development at Spark 

Therapeutics and co-author of the paper in a press release. 

 

No serious adverse events (AEs) were reported in the trial, and no patients experienced thrombotic 

events or developed IX inhibitors. It was noted, however, that 2 enrolled participants did develop 

asymptomatic and transient increases in live enzymes that were resolved with a tapering dose of oral 

corticosteroids. 

 

“People who live with hemophilia today face a lifelong need for vigilant monitoring and recurrent 

factor concentrate infusions to prevent spontaneous, potentially life-threatening bleeds and to protect 

their joints,” said High. “The discipline required to execute the usual prophylactic regimen can exact a 

heavy toll on quality of life, and these regimens result in significant costs to patients, families and the 

health care system.” 
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At present, the incidence of hemophila B is 1 in every 25,000 male births. 


