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Cystic Fibrosis Update is a regular newsletter featuring pertinent and 

interesting information related to cystic fibrosis care.  The information presented reflects 
the view of the editor alone and does not represent medical advice.  Please contact your 
physician to discuss any of the issues raised before starting any new therapies.   

Highlights from the 23rd NACF Conference 
As I returned from Minneapolis from this yearôs annual CF confer-

ence, I had a chance to reflect on the past 17 years in terms of 

where we have come from.  In 1992, I attended my first CF confer-

ence having just completed my medical training and everything 

presented at the conference sounded complicated and quite over-

whelming.  17 years later, a little bit less overwhelmed but I am 

amazed at the progress that has been made.  I find the new and 

novel ideas that my colleagues are trying to develop to be very 

exciting.  Some new ideas meet up with a dead end but some 

make it through the process.  As you read the following, keep in 

mind how a new therapy has to be created, undergo early proof of 

concept that it might actually work, and then journey through the 

stages of a clinical trial.    Here is my top 10 list from the 2009 

meeting. 

 

10.  Human Alpha 1 Antitrypsin  (Kamada, Israel):  This 

phase II study attempted to treat the imbalance that occurs in the 

inflammation response in the lungs of people with CF.  This nebu-

lized therapy with eFlow for 28 days was well tolerated with dam-

aging chemicals and inflammatory white blood cells becoming sig-

nificantly reduced.  Novel and promising. 

9.  Nebulized Amikacin (Amikace) (Transave Inc, New 

Jersey):  Amikacin is a widely used antibiotic belonging to a group 

called aminoglycosides (TOBI is another) with effectiveness against 

Pseudomonas aeruginosa.  A special preparation made for eFlow 

delivery was evaluated in a Phase II study over a 28 day period.  

Results are promising with improved lung function and excellent 

tolerance to therapy.  

8.  Overnight High Frequency Chest Wall Oscillations 

(The VEST):  Dr. Ran Anbar, CFIôs friend and conference speaker 

from the 2007 Winter Retreat, conducted a trial using The Vest 

overnight during sleep.  Out of 30 patients, 22 reported they were 

able to do so.  Preliminary data suggests that for some, improve-

ment in lung function is noted.  This type of study is a great exam-

ple of optimizing what is already currently available for patient use.  

7.  Nebulized Ceftazidime for Burkholderia Cepacia 

(Royal Brompton Hospital, UK):  While the off label use of this IV 

medication has been used for years, it makes the top 10 list be-

cause it is one of the few reports of using existing antibiotics to 

help fight B.cepaciaða bacteria associated with a marked deterio-

ration in life span.  In the 15 patients they studied, 11 showed im-

provement as measured by standard lung function testing.   

6.  KB001 (KaloBios, California):  When you see the 

medicine name as initials and a number, you know that it is in early 

development.  This pilot study looked at a new agent called KB001.  

This chemical is directed against a product made by Pseudomonas 

aeruginosa felt to cause marked lung damage.  24 patients re-

ceived a single administration of one of two intravenous doses.  At 

8 weeks follow-up, both doses were well tolerated and there was a 

trend for reduction in markers of inflammation were seen as well 

as a trend towards reduction in Pseudomonas aerugionsa.  Very 

preliminary but novel.  

5.  Aerosolized Azithromycin  (Zithromax)  Although 

limited to healthy subjects, the ability to attempt to nebulize pre -

existing therapy always seems to be the way to go.    This study 

showed the feasibility of creating a nebulized preparation of Zithro-

max. 

4.  Inhaled Dry Powder Mannitol (Bronchitol) 

(Pharmaxis Lts, Australia):  This phase III trial evaluated 295 

people with CF.  Mannitol is an osmotic agent that increases water 

content of airway surface fluid.  This dry powder inhalation was 

given twice a day over 26 weeks; appeared well tolerated with 

cough as the main side effect.  Lung function improved significantly 

(6%) at 26 weeks.  Very Promising.  
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If I were just hungrier... 

M y 12 year old son with CF always struggles to gain 
weight. He is good about taking his enzymes but doesnôt 
always feel like eating.  When he does eat, he loses in-

terest quickly. We have tried every type of supplement and would 
like to avoid a G tube.  What  appetite stimulants are available? 

It is very common for people 

with CF to lose their interest in 

food.  A thorough evaluation 

by your CF physician should 

start the process to see if any 

medical or underlying psycho-

logical condition exists.  If ap-

petite stimulants are to be 

used, they must be used with 

caution and under close physi-

cian supervision. No medicine 

was specifically designed for 

appetite stimulation but sev-

eral medicines have been used 

by people with CF for the side 

effect of improved appetite.  

Megestrol acetate (Megace) 

is the most commonly used 

one.  It is an oral synthetic 

derivative of progesterone.  

Several small studies have 

showed a nice increase in 

weight both as fat and muscle 

mass.  Cyproheptadine  

(Periactin) is an 

an t ih i s tam ine 

with associated 

appetite stimu-

lation property.  

It can be associ-

a t e d  w i t h 

drowsiness for some.  Dron-

abinol  (Marinol) is the psy-

choactive ingredient in mari-

juana that causes increased 

a p p e t i t e .  M i r t a z a p i ne  

(Remeron) is an antidepressant 

with mild sedative effects asso-

ciated with weight gain.  

Growth hormone and ana-

bolic steroids are other 

agents available.  Keep in mind 

that none of these 

medicines were spe-

cifically made for 

appetite stimulation 

and may have possi-

ble risks and side 

effects.  Discuss with 

your CF physician which one, if 

any, is right for you or your 

child. 

ñBefore starting any 

appetite stimulant, 

look for other causes 

of poor weight gainò 
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3.  Inhaled Nitric Oxide (INO Therapeutics).  As airway nitric oxide (NO) is decreased in 

CF, supplemental NO may represent a novel therapy.  In this pilot study, 18 people with CF inhaled 

NO over a 44 hour period via a nasal cannula.  The medication was well tolerated with a reduction of 

both Staph aureus and Pseudomonas aeruginosa counts in sputum seen.  Very early but another 

example of pre-existing therapies that may be applied for people with CF.   

2.  Vertex VX770 (Vertex Pharmaceuticals, Massachusetts).   VX770 is a potentiator of 

CFTR meaning it has the ability to keep the chloride channel open despite the genetic defect of 

CFTR.  This compound was studied in adults with a particular genetic mutation called G551D.  The 

medication is taken by mouth and was studied at varying doses.  The drug was well tolerated and 

associated with improvement in lung function, quality of life indicators, and even sweat test results.  

Additional trials are underway and an additional agent VX809 is in early trials for Delta F508 muta-

tions. 

1.  Inhaled Aztreonam (AZLI) (Gilead, Washington).  This agent was studied in 274 pa-

tients in 4 countries.  9 courses of inhaled aztreonam (an antibiotic with excellent activity against 

pseudomonas) by eFlow were given in 28 day cycles.  Results indicate improvements in lung func-

tion, respiratory symptom scores, and a reduction in bacterial counts.  This drug will be evaluated by 

the FDA later this year. 

 

While VX770 has made quite a stir in the CF community and offers incredible promise, I give the nod 

to AZLI as our #1 choice for research news because of the impact it is likely to have in the very near 

future.   VX770 and its sister compound may very well top next yearôs list!  

As part of its mission, 
CFI strongly encourages 

all individuals with CF 
to participate in CF -

related research!  
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WANTED:  EATERS!  
 Details to Follow  

 
 

Did you know?é 
It has now been 20 years 
since the CF gene was first 

discovered! 


