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REQUEST FOR RECONSIDERATION AFTER FINAL ACTION DENIED

 

Issue date:  January 11, 2024

Applicant’s request for reconsideration is denied.  See 37 C.F.R. §2.63(b)(3).  The trademark 
examining attorney has carefully reviewed applicant’s request and determined the request did not:  (1) 
raise a new issue, (2) resolve all the outstanding issue(s), (3) provide any new or compelling evidence 
with regard to the outstanding issue(s), or (4) present analysis and arguments that were persuasive or 
shed new light on the outstanding issue(s).  TMEP §§715.03(a)(ii)(B), 715.04(a).  
 
Accordingly, the following requirement(s) and/or refusal(s) made final in the Office action dated May 
2, 2023 are maintained and continued: Section 2(e)(1) Refusal - Class 42.   
See TMEP §§715.03(a)(ii)(B), 715.04(a).  
 
In addition, the following requirement(s) and/or refusal(s) made final in that Office action are 
withdrawn:  Section 2(e)(1) Refusal - Class 45. 
See TMEP §§715.03(a)(ii)(B), 715.04(a).
 
Section 2(e)(1) Refusal 
 
The Section 2(e)(1) Refusal is continued for Class 42 only.  
 
As indicated previously, applicant’s services include pharmaceutical research and product development 
services.  This encompasses pharmaceutical research and development of pills that feature genes or 
genetic materials for gene therapy purposes.  The Fiercebiotech article notes that applicant plans to use 
its gene therapy technology “to develop a gene pill that can offer an oral approach to developing a long-
acting insulin.”  The Genengnews article notes that applicant has been developing “gene pill delivery 
systems” that “could be used to treat a range of immune disorders.”  Thus, applicant’s pharmaceutical 
research and development appears to be actively focused on gene pills.  The evidence supports that the 
term is also widely used in applicant’s industry.  The Medscape article cites a Wall Street Journal report 
informing of “a new technology now under development, aiming to deliver injectable protein drugs 
using an oral "gene pill" approach.”  The article indicates, “Inspired by gene therapy, it is called a 
"gene pill" and contains the gene for a disease-treating protein rather than the protein itself.”  The 
Science Daily report informs of approaches to “make gene therapy treatments that are stable enough to 
take as a pill.”  The UCSF article informs that “the oral delivery of normal genes has been a long-
sought and elusive technique,” and is “sometimes referred to as a “gene pill”.”  The Science.org article 
titled “A Gene Pill for Lactose Intolerance?” notes of new techniques allowing for people to “one day 
be able to pop a “gene pill” that offers long-lasting treatment” for particular ailments.   In the Euronews 
article, the gene therapy company MeiraGTx CEO indicates that they “can now put the genes…that 
control metabolism into the body and give a pill when we want those drugs.”   The VCU Health articles 
informs of gene therapies with a goal of developing a pill for the treatment.  Based on the evidence 
from the NIH, gene therapy refers to “a technique that uses a gene(s) to treat, prevent or cure a disease 
or medical disorder.”   Applicant’s pharmaceutical research and development services could feature 
pills that use genes to treat disorders, in other words, a gene pill.  Thus, the wording immediately 
conveys information about the services. 
 
Applicant’s argument that “pill” has other meanings in this context is not persuasive. Determining the 



descriptiveness of a mark is done in relation to an applicant’s goods and/or services, the context in 
which the mark is being used, and the possible significance the mark would have to the average 
purchaser because of the manner of its use or intended use. See In re The Chamber of Commerce of the 
U.S., 675 F.3d 1297, 1300, 102 USPQ2d 1217, 1219 (Fed. Cir. 2012) (citing In re Bayer 
Aktiengesellschaft, 488 F.3d 960, 963-64, 82 USPQ2d 1828, 1831 (Fed. Cir. 2007)); TMEP 
§1209.01(b). Descriptiveness of a mark is not considered in the abstract. In re Bayer Aktiengesellschaft, 
488 F.3d at 963-64, 82 USPQ2d at 1831. Additionally, as noted previously, applicant has indicated that 
it "anticipates that its research and development services will encompass pills or pill shaped forms as a 
delivery method for its therapeutics," its "product development services will encompass pills or pill 
shaped forms as a delivery method for its therapeutics," and "its product development services, which 
may be licensed, will encompass pills or pill shaped forms as a delivery method for its therapeutics."  
Thus, applicant’s own statements support the descriptiveness of “pill” in the context of applicant’s 
services.  
 
Partial Abandonment
 
If applicant does not respond to this Office action by the response deadline, International Class(es) 42 
will be deleted from the application.  The application will then proceed with International Class(es) 45 
only.  See 37 C.F.R. §2.65(a)-(a)(1); TMEP §718.02(a).
 
If applicant has already filed an appeal with the Trademark Trial and Appeal Board, the Board will 
be notified to resume the appeal.  See TMEP §715.04(a).  
 
If applicant has not filed an appeal and time remains in the response period for the final Office 
action, applicant has the remainder of that time to (1) file another request for reconsideration that 
complies with and/or overcomes any outstanding final requirement(s) and/or refusal(s), and/or (2) file a 
notice of appeal to the Board.  TMEP §715.03(a)(ii)(B).

 

/Tejbir Singh/
Tejbir Singh
Examining Attorney 
LO106--LAW OFFICE 106
(571) 272-5878
Tejbir.Singh@USPTO.GOV
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‘GenePill' Offers Alternative to Shots

By SharonBegleyStafReporter of THE WALL STREET JOURNAL Be

June 21, 200512:01 am ET hi Ae)8 lg
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Forpeople whohaveto inject themselves regularly withinsulinto treat diabetes, Visa/Masterca rd
botwoon 2004-20190,

to injecting the drugs. Inspired by gene therapy,it is called a "genepill” and you a=) elig | ble to
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contains the gene for a disease-treating protein ratherthanthe proteinitself. 
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they are broken downin the gutor poorly absorbed,withthe result that they
don't deliver the intended benefit. The only choiceis to inject them.

However, the bodyitself makesproteins all the timein cells, following the
instructions ofgenesinthe cells. Now researchers are working ondelivering
genes for medicinalproteins to the body througha pill. A study in lab animals
showedthat, not only do the genessurvive their digestivetrip intact, they also
get incorporatedinto cells of the gut -- which then producethe helpful proteins
for the body to use.

Althoughtheresearchis preliminary, with studies in humansstill on the
drawing boards, outside experts agree it shows promise. The genepill "could
provide an effective alternative method for delivering protein drugs currently
administered only through injection,” said David Klonoff,clinical professor at
the University of California, San Francisco, andeditor in chiefofthe journal
Diabetes Technology & Therapeutics, which published the studyin its June
issue.

kedav's protein drues. such as erowth hormone to treat dwarfism and blood

Today's protein drugs, such as growth hormoneto treat dwarfism and blood
factors to treat hemophilia, have several drawbacks. Patients often skip doses
because the drugs haveto be injected, rather than swallowed,Also, these
proteins are either extracted from humancadavers or animaltissue, whichis
slow andinefficient, or -- more common-- produced through recombinant DNA,
whichis expensive. Moreover,injectable drugs are difficult and expensive to
store, limiting their use in developing countries.

The genepill is designed to avoid these problems. Thecells lining the intestine
are the only ones that take up the DNAforthe therapeutic protein, which the
cells release into the bloodstream.

The geneitself stays out of the bloodstream, with the result that it can’t reach
tissues whereit might posearisk. In sometrials of traditional gene therapy,in
whicha virus ferries a therapeutic geneinto a patient’scells, the virus has
caused dangerous inflammation or disrupted cancer-suppressing genes, causing
two deaths and leading the Food and Drug Administration to suspend some

between 2004-2019,

you're eligible to
claim your share
of a $5.5 billion

settleme 



gene-therapytrials in the U.S.

Becausecells of the intestine are sloughedoff, excreted and replaced every few
days, there is little danger thatthe inserted genewill go astray or deliver too
higha doseof the therapeutic protein, says Stephen Rothman, professor
emeritus at UCSF and a developerof the genepill. The pill would be taken every
two daysorso,

In 1997, Dr. Rothmanandthree UC colleagues founded Genteric Inc., ofAlameda,
Calif., whichis developing the genepill commercially. UCSF holds four patents
onthe genepill, for whichit has granted an exclusivelicense to Genteric. Dr.
Rothmanhasa financial stake in the closely held company.

In the newstudy, he andhis colleagues gave lab rats and miceseveraldifferent
genes, througha tube. They foundthat the intestine cells do take up the gene and
makethe protein, and that they secrete the proteininto the blood, Whenthey
used the gene for insulin, they showedthat the insulin not only gets into the
blood but also produces a therapeutic response, in this case lowering levels of
blood sugarin rats with diabetes.

"Our approachseeks to avoid manyof the problems with current approaches to
gene therapy,” Dr. Rothmansays.In current approaches,oncethe geneis given
toa patientit can’t be undoneevenif it causes harm,as in the patients who
developed cancer. In contrast, the effects of the gene pill last only a day or two,
until the patient takes anotherpill.

Experts in gene therapy say they welcomevariations on the standard approach.
"Forrelatively small moleculeslike insulin, this should perhaps work,” says
Katherine High, a gene-therapy pioneer and professorof pediatrics at the
Children’s Hospital of Philadelphia.
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proceeding with the commercial developmentof the approach, she writes,
"UCSFholds four patents on the genepill, for which it has granted an exclusive
license to Genteric," she writes. "Dr Rothmanhasa financialstake In the closely
hele company.

Asafety advantage
In their published research report, Rothmanet al write thatin the new
approach, the drug givenorally Is @ DNA plasmid that encodesfor the protein
of interest. They showin animal experimentsthat, for example, giving the gene
encoding for insulin caused insulin to be secreted, and the available insulin
reduced blood glucoselevels among diabetic animals.



 
may BI evataledtoric lene PETC sea

 ‘When ASM monotherapy isn'tenough ia |years
CONSIDER ADDING prctecifuratay,SUIGIOAL BEHAVIORANDIDEATION 

Login or register for free to unlock more Medscape content =D
eadInlinived access to aur entire network of sites and services

advantagerelative to other genetherapies. "The doseof the drug can be
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effects are observed’ the authors write,
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  cells of the gut—which then producethe helpful proteins for the body to use.” Sareeaaeisfonar  
    Theenly cells to take up the gene are thoselining the gut, and the protein is

released from these cells into the bloodstream, she writes. "The gene itself
stays out of the bloodstream,with the result that it can't reach tissues where it
mightposea risk,Begley points out. "In some trials of traditional gene therapy,
in which a virus ferries @ therapeutic gene into a patient's cells, the virus hes
caused dangerous inflammation or disrupted cancer-suppressing genes,
causing two deaths and leading the Foad and Drug Administration to suspend
some gene-therapytrials in the US"

Free Virtual Event: “Are WeAll Obesity Doctors Now?” GLP-1 Agonists & YourPractice. Register here
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proceeding with the commercial developmentof the approach, she writes,
“UCSFholds four patents on the genepill, for which It has granted an exclusive

 

license to Genteric,’ she writes. "Dr Rothman has a financial stakein the closely
held company."

Asafety advantage
In thelr published researchreport, Rothmanet al write that in the new
approach,the drug givenorally is 0 DNA plasmid that encodesforthe protein



ofInterest. They show In animal experiments that, for example. giving the gene
encoding forinsulin caused insulin to be secreted, and the available insulin
reducedblood glucose levels among diabetic animals.
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advantage relative to other genetherapies. "The doseof the drug can be
altered from day to day, and treatmentcan be stopped quickly if untoward sideeffects are observes,’ the authors write,
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A breakthroughin the delivery of gene therapy was recently announced by Genteric, Inc. (http:/Avww.genteric.com). Called
the ‘GenePill’, it is a technique for oral delivery of non-viral DNA. The idea behind thepill is that the gastrointestinal organs
will convert the introduced DNAto therapeutic proteins that will be distributed naturally by the body. The companytested the
method using DNA encoding the humaninsulin gene. Studies showed that when the engineered DNAis introduced into the
body,it is resistant to degradation. Whentested in diabetic rats, insulin protein was produced and secreted into the blood
stream, lowering the rats’ blood glucose levels to normal. The technology has the potential to treat a wide array of other
diseases such as growth hormonedeficiency. SG
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GENE THERAPY

updated:January 9, 2024

Definition TTT\) | )

Genetherapyis a technique that uses a gene(s) to treat, prevent or cure a disease or medical



Narration

   
disorder. Often, gene therapy works by adding new copiesof a genethat is broken, or by
replacing a defective or missing genein a patient's cells with a healthy version of that gene.
Both inherited genetic diseases (e.g., hemophilia and sickle cell disease) and acquired
disorders(e.g., leukemia) have been treated with gene therapy.

Viral vector Human cell

Functional gene 
> 00:00=()(): )) 9

Genetherapy. Gene therapy is a direct way to treat genetic conditionsas well as other
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conditions. There are also other related approacheslike gene editing. There are many
different versions and approachesto gene therapy and geneediting.It all rests on
understanding how genes work and how changesin genes can affect our health. Researchers
all over the world are studying manydifferent facets of gene therapy and geneediting.

Benjamin Solomon,M.D.
Clinical Director
Office of the Clinical Director
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FDA-approved treatments use gene
therapy to help patients with sickle cell
disease
AVCUSchool of Pharmacy expert breaks down how gene
therapies workto relieve pain for sickle cell patients and
discusses other potential treatments on the horizon.December18, 2023  

Reflecting on VCU Health's unstoppable
commitmentto innovative patient care

  



 
‘Sickie cel disease affects ebout 102,009 people in the United States and millions more across the world. The genetic disordercauses reg blood cells fo forn into rigid “sickle”shapes, resulling insevere painend organ damage, among other health issues,(Getty mnsges)

 

By Olivia Trani
The U.S, Food and Drug Administration recently approved twogene therapies, Casgevy and Lyfgenia, to treat
sickle call disease in people ages 12 and alder. Oneof the therapies, Casgavy, use a novel gene editingtechnique called CRISPR/Cas9, which can modify a cell's DNA at a targeted location to tum certain genes on.
oroff. The decision marksthefirst timethat @ gene-editing treatment has beenapproved for ery humanillness.
Sickle cell disease is an inherited blood discrder affecting about 100,000 people in the United States.
Individuats with this genetic iliness experience debilitating levels of pain and irreversible damage to theirorgans. The disease disproportionately affects African Americans, and medical research on treatments
historically was neglected and underfunded dueto biases toward race and ethnicity.
“Despile the fact thal sickle cell disease was the first to be understood al the molecular level, patients had
limited treatment optionsfer several decades,” says Martin Safo, Ph.D., 2 professor in the Department of
Medicinal Chemistry at Virginta Commonwealth University’s School of Pharmacy who has been working ondrug discovery for sickie cell disease far almost 30 years,
‘The FDA approved the two gene therapiesafter clinical trials demonstrated that 93.5%and 88%of
participants reported no pain for one year following treatment. One of thase participants is VEU Healthpatient named Walter Davis. He received care from India Sisler, M.D., and Ellzabeth Krleger, M.D, at

 
Promising new sickle cell therapy trialed at
Children's Hospital of Richmondat VCU andVCU Medical Center
December 19, 2023

  a) eS
Atoolin battling COVID-19: Simple liver test

developed by VCU researcheris highly
predictive of a patient's needfor respiratorDecember 12,2023



Children’s Hospital of Richmondat VCU's pediatric comprehensive sickle cell center, as well as Wally R.
‘Smith, M.D. and Thokozeni Lipato,M.D, from the adult sickle cell programat VCU Health while participatingin theclinical trial

 

Safe spoke with VCU Health News about the new treatments as well as othertherapiesin development to
help give patients a new life
Whatcausessickle cell disease, and how does thedisorderimpact a person's
daily life?
Sickle cel) disease occurs through a genetic mutation that createsanalteredform of hemoglobin, the protein
that helps red bloodcells deliver oxygen throughout the body, The defect causes hemoglobinto form into:
clusters which causes the red blood cells {o become distorted into “sickle” shapes.
Normally, red blovd cells are dise-shaped andflexible encugh to floweasily through blood vessels. However,
sickle-shaped red load cells are rigid, making them more susceptible to damage as they circulate thraugh
‘the bloodstream, sometimes even becoming lodged or stuck in small blace vessels. This causes paople to
experienceinflammation ane excruciating periods of pain, called pain erises, on a nearly daily basis. Patients‘ith sickle cell disease also have anincreased risk far other health problems, such as severe anemia, stroke,
infections and progressive organ damege. The symptoms can causeindividuals to spend days or weeks in
the hospitel and have reduceslife expectancy.

 

Whathas beenthe standard treatmentforsickle cell disease?
In the past 30 years, there have been four FDA-approved drugs to treat sickle cell di  sage

+ Hydroxyurea induces fetal hemoglobin production lo help prevent red blovd cells from becomingsickle-
shaped.

+ Lglutamine (Endari) reduces oxidatvve stress,which can help red bloodcells regain their flexibility as theytravel through bloodvessels.
+ Crizanlizumab (Adakveo) prevents bloodcells from sticking to the inner lining of laod vessels.+ Voxelotor (Oxbryta) increases hemoglobin's alfinity for oxygen to stop the proteins from aggregating,

consequently preventing red blood cells frombecoming misshapen,
 

However, these appraaches have only had a modest impact antreating symptoms andpatients stil
experience harsh conditions as a result of this disease, Additionally, patients may receive blood lransfusions
to replace defective sickle hemoglobin, penicillin and pneumonia vaccinesto reducethe risk of infections, as
‘well as opioidsto alleviate siokle cell pain crises.

 

More acvaneed measures can ie taken to recuce or even eliminate the effects ofsickle ceil disease. For
example, stem cell transplantation can be a cure for patients with the most severe forms of the disease.
However, to go through with the provedure,a sibling of the patient needs to match as the stem cell donor, and 
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How is CRISPR/Cas9 technologybeing usedtotreat sickle cell disease?
Gene therapy with CRISPR/Case involves cutting a piece of DNA in bone marrow stem cells from the patient.
Thealtered stem cells are infused back into the patient, which then begins to produce another farm of
hemoglobin, fetal hemoglobin, that Coes not clumptogetheror make fed bloodcells sickle.
This form of gene-correction treatment may be suitable for patients wilh very severecasesofsickle cell
disease, but il still requires @ ster cell transplant (o ensure the gene-modified cells can allach end multiply in
‘the bone marrowand takethe place of = significant portion of the bone marrow cells.
What are someofthe barriers to accessthat still need to be addressed for
genetherapy?
There are concems about the price of the therapy, which is expected to cost upwards of $3 million per
patient, which is beyond what many families can afford cut-ofpocket. The treatmentis also a very complex
process, requiring frequent and extended stays in the hospital
Youand your colleaguesat the VCU Schoolof Pharmacyhave beeninvolved in
developing a treatmentoptionforsickle cell disease, called ILX-002, Can you
explain howthis medication could be used to treatthis illness? And whatis thestatus ofthis research project?
For the past three decades, our groupal the ¥CU Schoo! of Pharmacy, and collaborators from the Children
Hospital of Philadelphia, King Abdulaziz University in Seudi Arabia, and llexcor Therapeutics, has been
involved in the development of therapeutic agents to treat sickle cell disease. The over.arching goal Is to
develop a fill that can be taken once per daythatallows individuals to have lang lasting lives that are largaly{ee from the adverse effects of the disease

 

  

Our focus hes been finding a way lo oreventsickle hemoglobin from forming clusters, which in tum could
miligale the downstream effectsof the diseese, Our latest drug candidale ILX-002 cendirectly bind tosickle
hemoglobin and interfere with the aggregation process, and itis thefirst such drug to have this effect. 
This typeof treatment is the holy grail for sickle cell disease because there are simply too many people
throughaut the world with this concition ta treat with gene-editing. Furthermore, if we can modify the disease
significantly with  sefe and effective pill, hen more involved procedures would hopefully only be needed by
individualswith the most severe cases of the disease. We anticipate that ILX-002 will begin human clinical
trials in early 2025
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This gene therapy companyis testing new Bas
techto ‘switchoff' diabetes and obesity with
apill 



 
Fuatehos on 2810012022 18:04  Undates 20:40

 P srevinarice Qi comments
MeiraGTx is developing gene therapy with a “switch”that could revolutionise
the treatmentof diabetes, obesity and other complex diseases.
‘What if people whe need regular injections to treat chronic diseases could instead take apill that precisely controls the production of theright prateins and hormones inside theirbodies?

 ‘A prorrising new genetherapytechnology thataimsto turnthe humn body into sucha
medicine-making factory could,it successful, push the boundaries of medicine and mekecertain treatments much more convenient and potentially less expensive.

 
 

WalraGry,  gene therapy company, is working to make this futuristic vision a reality.
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  ny alreadydevelops “tracitional” gene therapy, which replaces missingcr broken genes in people with inherited clisorders. That side of business is Seoming, ancthe fim just openedamanu‘acturing facilin Irelancthat could emplay up to 300people.  
But MelraGTxis also making stridesin what it calls gene “regulation” therapy, whichitsays could helo cantral much more precisely the genes thatinstruct cells to make~ orstop making~certain proteins. 
I's no easyfeat and the technologywould takeyearsto bring to market, butt has thepotential ta make gene therapy evenmore life-changing for patients.

Related
Lottery or babies’ives: drugmaker launches lucky dravs fr life-saving gene therapy >

“Whenyou put a geneor replace @ missing geneintoacell today, you put the gene in and   
itis expressed for the rest of thatcalls fe” VelraGTx CEO Alexandria ForbestoldEurenews Next.
"Ids very hard to build a gene therapythat is switched on and off whenit's needed,
particularlyina disease, And what's evenharder'stacreate a gene therapy whieh'sswitched! on or aff when you, the dactor or patient, wantit to be’

 
    

arene >

 
Top stories ‘CES 2024 updates: Allthe news andannouncamentsfromLas Vegas, This cake may boostyour brain health,experts say



ChatGPT voice assistantis making ts vray into
 

Volkswagen cars
MelraGTxsaysit has developed a switchof this sart that could help make patients’ lives
much easier: ratner thaninjecting synthetic hormones and proteinsinto thern, it could aupeaennaeeInsert the genethat tells their bodyto make those, while a pill activates the geneonly copyrighted content for vihenthe specific protein or hormone is needed, ‘walning, Openal argues 

 Makingthe body make the drug US governmentagency's XaccountTake Epogen (epcetin aifa) ~ 8 well-knowninjectable drug that helps create more red “compromised, chairblood cells when you're anaemic, with xidnay disease or you're being treated for cancer. says
"What you can do, far example, 's put the genefor Epagen into the body, into the muscle,and have a switching system that oniy allows your body to make the natural farm ofEpagenwhen you take a pill’ Forbes explained.

 

"So we don't have to make unnatural forms of these drugs~because what we'redoingisvette providing the body with the message to makethe drug, and that messageis onlyswitched! on when wegive the body a pil’
 

MeiraGTxtold EuronewsNext it has already tested this technology in snimals and ishoping to start traling it on humansin 2023.
IF successful, it could have “huge, orcac-renging implications," Forbes seic.

 “This isn't only for genetherapy. It allows you to control cell therapy, immuno-oncoloay,antibody paraduction anythingthat is a protein ar peptide that can be made bythebody"
  

Related
Injocting a modified herpes virus shows promiso in kiling off cancer cols, now trial shows >

How genetherapy works
Manytraditional drugs involve making a protein autside the body, lke insulin tofightdiabetes orantibodies to fight cancer. That protein is manufactured incalls or bacterisoutside theba Ql is 2s 9 vesiment 

  ‘and thenis injected into the aady 00
Gene therapy, by contrast, Involves outting into the body a gene encocing the
‘thecapeutie protein: rather thaninjacting the proteln ever and over and aver again, youput the gene for the protein into the person and the oretein is made in the person's hooy,

   



 Gene therapies are typically used ageinst inherited diseases, where a geneis missing or
Not functioning well. Gene therapy inserts into a patient & perfect copy of that genetoreplace the missing or "broken" one.

Related
‘Scientists finally sequence the complete human genome: Full DNA map could help 4Jmprove hoaithearo

"So our drugs are actually genes-DNA~and they're delivered into the booy by beingencapsulated in viral proteins which act ikea lttle spaceship andinsert thase genas thatvie've maceinto the appropriate cel,” Forizes said.
This type of technology recuites a very specific manufacturing process te ensure throughrigorous testing that every single batch of these genesalways has the same identicalquality, safety and potancy, sha explained,
IWeiraGTx controls this manufacturing in-house and has justinaugurated 3 new
commercial-scsle facility in Shannon, Ireland, that's set to employ 100 peapleinitially andUp to 300 as business grows,

 
19 fecity ir Shannon, Ireland, onSeptembar 16,2022, wath high Bria MiniterMiche) Martin in attendance costes sso



Fighting obesity witha pill?
The company hopes the new site wil helo accelerate its development and delivery ofgene therapytreatments to patients with an intial focus onrare innerited disorders
affecting the eye, central nervous system, and salivary gland.

 

But MelraGTx arques that adding a switch to be able to fine-tune gene therapy nas thepotential to considerably expand this tangeto also tackle non-herecitary diseases that
affect hundredsof millions of people worldwide,including heart disease, cancer anddiabetes

  

|r says it could even helo fight obesity, arguably one ofthe biggest global healthchallenges.
Related
UK and Greece are among Eurape's worst countries for abesty, How are thay turningthings around?

The causes behind obesity are complex anc multi-faceted, senetic factors mean somepeople ara more at risk than others, and the honmenesthat contral appatite are veryUnstable and short-lasting,
 lass of injectable diabetes drugs currently proving highly elective against obesity areGLP. drugs, which help control blood sugar levels. But theyvith several other out peotides that affect metabolism.

work betterin combination 

The challenge, ence again, is to precisely control thelevels ofthese neptides,
NelraGTx claims its techsology may someday allow thase hoping to lose vieight to"switch on” the combination of genes that pyaduce the hormones and pep!
controling their appetite, blood sugar levels and ukimately their fet

  
  

"we can now put the genes‘or three natural gut peptidesthat control metabolism intothe body and give a pill when we want those drugs,” Forbes sala
Related
Exarcisopl Scientists idantify molacule that coud halp drugs replace workouts >

In theory,if clinical trials go well, the potential applications for other diseases are dizzyingand they directly raise the question of extending human Ife expzetancy, But that shouldnot be the prierty right new, Forbes sail



"| think that currently we havereally cig problems with obesity, with Alzheimer's, withways of ving that meanwe ate young and living poorly,” she ssid.
 

"And these sorts of products can be used te help address those reallylargeindications,
Notjust the rare gene reglacements’
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Gene Therapy: Genes As Medicine



Gene therapyis the next generationof medicine targeting the underlying cause of a genetic disease. It has the potential to offer
patients a transformational clinical benefit and dramatically improve quality of life
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Whatis a Gene? 
Whatis a Genetic Disease? 

Whatis Gene Therapy? a
Gene therapyis a new generation of medicine where a functioning geneis delivered to a targeted tissue in the body to produce a
missing or nonfunctioP@HSrotein. By using genes as medicine, the underlying causeof a disease can be targeted at the cellular level,
potentially with just one treatment 5®7 
 
 
Whatis in vivo Gene Therapy? Whatis ex vivo Gene Therapy? +
Whatis Gene Editing? +
Are There Other Genetic Approaches? +

GENE THERAPY: FREQUENTLY ASKED QUESTIONS
Download the Gene Therapy FAQ

GENE THERAPY: BREAKTHROUGHSTHAT CHANGE PATIENTS’ LIVES
Please click the imane helnw to dawnlaad the Gene Theranw Farr Sheet:



Pfizer & Gene Therapy:Breakthroughs that Change Patients’ Lives 
Pfizer Gene Therapy Pfizer’s Approach‘with a shored urgency and unwavering passion, Pier RareDisease's committed to unoctng the potent of gene therepy to make
beckettchangepeertoyand inteie OwnMore than 80% of rare diseases are genetic in originBy digging deeper,‘king bold questions, and pioneering new treatment paths, we are looking{othe future and exploring a transformational approach to potentiallyImprove the ives of people with genetic dtseases through gene therapy.
‘PfizerRare Disease ts focusing on recombinant adeno-associated virus: Empty custom-built vector
(AAD gene therapy Ts approach wous by ageing the missing ot peesapowrrcoedl geen an Wis DNA xg or estou th is{runaionng gene that intrn proces] finctonng poten
The goa of gene therapy sto restove normal function in affected tissues‘or cel, potentaty enabing a patient to manage his or her disease SeDDELEEDA DD DD DD DD DD DDD DDDD DD

 
Whatare the potential benefits of gene therapy? 
Whatare thepotential challenges of gene therapy? 
How doyou know if you may beeligible for gene therapy? 
How long does genetherapy last? tlalele



 
Turning the Promise of Gene
Therapy into a Reality
Pfizer's Rare Disease team is focusing
on highly specialized, potential gene
therapy treatments, and clinical trials
are underway to explore the potential of,
gene therapy. By targeting the
underlying cause of a genetic disease,
Pfizer hopes to restore normal function
in affected...
Read More

Whatis Gene Therapy
Gene therapyis a technology aimedat
correcting or fixing a genethat may be
defective. This exciting and potentiallytransformative area of research is
focused on the developmentof
potential treatments for monogenic
diseases, or diseases that are caused by
a defect in onegene...

 
WhatIs Duchenne Muscular
Dystrophy?
Muscular dystrophies are a debilitating
group ofillnesses that not only rob
children of their ability to move
properly, but can dramatically shortentheir lives.
Read More
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DEVELOPING LOCALLY ADMINISTERED, NON-VIRAL
GENE THERAPIES FOR UNDERSERVED DISEASES

At enGene,weare at the vanguard of a new era in genetic
medicine: Our novel gene delivery platform offers localizeddoliverv af multinia aane earane diractly ta miicnecal ticciias and
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other organs — potentially overcomingthelimitationsof viral-
based genetherapies and advancing gene therapy beyondrare
genetic diseasesinto the mainstream ofclinical practice.

 



Non-viral gene therapy for NMIBC

EG-70 (detalimogene voraplasmid) is a non-viral immunotherapyin
development to treat non-muscleinvasive bladder cancer (NMIBC), a
diseasewitha significant patient burden, highclinical needs, and massive
healthcare system economic impact.

Basedonits preliminary efficacy and safety profile and ease of
administration by urologists, we believe EG-70 can benefit patients across a
widevarietyofclinical settings.

ARNABOUTEG-70AND THELEGEND STUDY 
Weare enGeneers
Boldly focusedon patient needs
Our scientists meticulously refined the DDX platform with a singular focus: to develop(AREER ARRRENRIAn Eab WRnAmEReREKnTaa AER AetiE a NaS vA.  
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advanceour mission, we've assembled a team ofindustry leaders and innovators.
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Inastrategic alliance announcedtoday, Takeda Pharmaceutical and enGenewill begin

work on a delivery system they term the “genepill,” a novel therapy for the treatmentof
gastrointestinal (GI) disease. The pair will work on discovery, development, and
commercialization, leveraging enGene’s non-viral vector platformin research involving  



two ‘lakeda-selected targets. gen\ 7 ) 7. Pa

* Sponsored
After preclinical proof of concept and IND-enabling studies, Takeda will have the option to

license global rights for any promising candidates and then be responsible for further Mastering In-Process Attribute Monitoring inBiopharmaceutical Development
development and commercialization.

Advancing Every Day 'lel Paldevron itMaatm lelaMeretaltsmodel]
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Forits part, enGene will receive upfront payments of an undisclosed amountas well as TheState of
reimbursementfor research and developmentcosts accrued.It will also be eligible to earn Cell and
milestone payments based on meeting certain specific research,clinical, regulatory, and Gene Therapy
commercial goals, with royalties promised on the back end.

A free virtual event featuring
Adrian Woolfson, Victoria Gray

_ Peter Marks, and mo!
The companiesalso intend to pair on an oral antibody genepill platform, with Takeda

  
having options on upto three targets. The privately held enGene has been working on
these genepill delivery systems, which are designed to take effect on mucosalcells lining
the gut, a concept that would include oral and enematreatmentto localize delivery of
immune-modulating proteins that could be used to treat a range ofimmunedisorders.

This agreementis one of several that Takeda has entered into in recent monthsfor the

developmentof GI and gene therapies. enGene also partners with Janssen in development
of therapies for inflammatory boweldisease.

 

       
        

Antibodies (Immune system) Biological process Cellular, Molecular and Developmental Biology

Drug discovery Drug research and development Gene expression Genes

Genetic phenomena Genetic structure Genetics Immune component Immunology                   Molecular biology Pharmacology Takeda Pharmaceutical Company Neurodegenerative Disease
Could Be Treated by Using
Pexophagyto Limit Autophagy
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Biotech upstart enGeneprepsfirst
trial for next-gen ‘genepill’ tech
By John Carroll - Jan 26, 2015 10:09am
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Montreal-based enGenehaslined up $11.5 million in venture financing to put its next-

gen approachto an inflammatory boweldisease treatment throughits first clinicaltest.

The biotech has been at work developing a biopolymer-based DNA and RNAidelivery

technology that can be used to deposit an oral treatmentdirectly into the intestine, with

an eye to "turning the gut into a protein factory.” Its lead program for EG-12 is targeted at

replacing currently used injectable drugs for IBD with a new approachthat promisesto be

far more effective. And it claims that the same technology could be used to develop "gene
pills" that can orally deliver protein therapies for the blockbuster diabetes market.

Forbion Capital Partners led the round, with new investors Québec's Fondsdesolidarité

FTQ and Pharmstandard International comingin. Existing investor Lumira Capital--via
its Merck Lumira Biosciences Fund, which led the similar-sized Series A round in 2013--

also participated. The new moneywill go to a PhaseI/II study that aims to demonstrate

the technology's ability to spur the gut-localized expression of the anti-inflammatory

cytokine IL-10.

EnGene CEO Anthony Cheungtells FierceBiotech that the companystarted out trying to

get genes into the gut, initially turning to viruses--as used by other gene therapy

companies. This new polymer-baseddelivery tech gets the genes that encode proteins

into the gut orally, where it breaks down anddelivers the targeted therapeutic payload.If

it works, this new tactic can bypass the kind of systemic toxicity that an injectable

approachcantrigger, as Schering-Plough experienced with its work on IL-10. Andit
promisesto be the kind of therapy that can be easier to manufacture.
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Cheungis also planningto take this technology and use it PRE RR awa Riieimest

offer an oral approachto developing a long-acting insulin,
 

 

Right now enGenehas10 full-timers on the staff, which Cheung says will now swell to 30.

And the money should be enoughto get through Phase I/II while laying the groundwork

for their insulin program.

“While there has historically been a huge interest in the delivery of RNA

in all its forms, nonviral delivery of DNA has surprisingly receivedlittle

attention,” commented Dr. Sander van Deventer, the managing partner

of Forbion. "The unique technology of enGeneeffectively turns the gut

into a protein factory, and given the strong genetic relation between IL-
10 and ulcerative colitis, we expect EG-12 to provide significant benefit

to IBD patients. Moreover, as the technology seemsvery well suited for Dr. Sander van

oral formulation there is the potential for what is called a ‘genepill.’ This Deventer

novel technology could be used to treat not only IBD, but a much wider

rangeof diseases, including those that are currently treated by parenteral protein

replacement therapy. Forbionis very excited to have led this financing round.”

- here's the release
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United States Patent and Trademark Office (USPTO)

USPTO OFFICIAL NOTICE

Office Action (Official Letter) has issued  
on January 11, 2024 for  

U.S. Trademark Application Serial No. 86854469

A USPTO examining attorney has reviewed your trademark application and issued an Office 
action.  You must respond to this Office action to avoid your application abandoning.  Follow 
the steps below.  

(1)  Read the Office action.  This email is NOT the Office action.  

(2)  Respond to the Office action by the deadline using the Trademark Electronic Application 
System (TEAS) or the Electronic System for Trademark Trials and Appeals (ESTTA), as 
appropriate.  Your response and/or appeal must be received by the USPTO on or before 11:59 
p.m. Eastern Time of the last day of the response deadline.  Otherwise, your application will 
be abandoned.  See the Office action itself regarding how to respond.  

(3)  Direct general questions about using USPTO electronic forms, the USPTO website, the 
application process, the status of your application, and whether there are outstanding deadlines 
to the Trademark Assistance Center (TAC).  

After reading the Office action, address any question(s) regarding the specific content to the 
USPTO examining attorney identified in the Office action.  

GENERAL GUIDANCE
Check the status of your application periodically in the Trademark Status & 
Document Retrieval (TSDR) database to avoid missing critical deadlines.  

•

Update your correspondence email address to ensure you receive important USPTO 
notices about your application.  

•

Beware of trademark-related scams.  Protect yourself from people and companies that 
may try to take financial advantage of you.  Private companies may call you and pretend 
to be the USPTO or may send you communications that resemble official USPTO 
documents to trick you.  We will never request your credit card number or social security 
number over the phone.  Verify the correspondence originated from us by using your 
serial number in our database, TSDR, to confirm that it appears under the “Documents” 
tab, or contact the Trademark Assistance Center.  

•

http://tsdr.uspto.gov/documentviewer?caseId=sn86854469&docId=RRD20240111
https://www.uspto.gov/trademarks/apply/abandoned-applications
https://www.uspto.gov/trademark
https://www.uspto.gov/learning-and-resources/support-centers/trademark-assistance-center
https://www.uspto.gov/trademarks/apply/check-status-view-documents
http://tsdr.uspto.gov/documentviewer?caseId=sn86854469&docId=RRD20240111
http://tsdr.uspto.gov/documentviewer?caseId=sn86854469&docId=RRD20240111
https://teas.uspto.gov/ccr/cca
https://www.uspto.gov/trademarks/protect
http://tsdr.uspto.gov/documentviewer?caseId=sn86854469&docId=RRD20240111
https://www.uspto.gov/learning-and-resources/support-centers/trademark-assistance-center


Hiring a U.S.-licensed attorney.  If you do not have an attorney and are not required to 
have one under the trademark rules, we encourage you to hire a U.S.-licensed attorney 
specializing in trademark law to help guide you through the registration process.  The 
USPTO examining attorney is not your attorney and cannot give you legal advice, but 
rather works for and represents the USPTO in trademark matters.  

•

 

https://www.uspto.gov/trademarks/basics/why-hire-private-trademark-attorney

